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[talian

MAY 12T 1966

1987
Head, Dr. R.A. Gatti

Molecular Biology Lab, Department of Pathology, UCLA School of Medicine, CA,
U.SA.

Summer student

1987-1990

Laboratory of Molecular Genetics, Department of Human Biopathology , School
of Medicine, Rome, Italy

Pre-doctoral student

1991-1992
Head Prof. R. D'’Amelio

DASRS (Air Force Research and Study Division) Immunology Laboratory,
Pratica di Mare, ltaly

Medlical Officer

1991-1995
Head, Prof. A. Fantoni

Department of Human Biopathology, Laboratory of Cellular Biology, School of
Medicine, Rome, ltaly

PhD Program Student

1994-1996
J.C. Gutierrez-Ramos

The Center for Blood Research, The Department of Genetics,
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Harvard Medical School, Boston, USA
* Occupation or position held Post-doctoral fellow

* Dates (from - to) 1996-1997
» Name and address of Head, Dr. C. Bordignon
employer SR-TIGET, Scientific Institute H.S. Raffaele, Milan, Italy
* Occupation or position held Post-doctoral fellow

* Dates (from - to) 1997-2000
* Name and address of Telethon Foundation, Italy
employer
* Occupation or position held Research Scientist

* Dates (from - to) 1997-2003
* Name and address of SR-TIGET, Scientific Institute H.S. Raffaele
employer
* Occupation or position held Group leader

* Dates (from - to) 2000-2007
» Name and address of Scientific Institute HS Raffaele
employer
* Occupation or position held MD Research Scientist

* Dates (from - to) 2000-2007
» Name and address of Pediatric Clinical Research Unit, SR-TIGET
employer
* Occupation or position held Haematologist

* Dates (from - to) 2001-2004

* Name and address of Course of “Gene transfer into human hematopoietic cells”, School of Medicine,
employer “Vita-Salute” San Raffaele University, Milan, ltaly

* Occupation or position held Temporary assignment of Professorship

* Dates (from - to) 2003-2007
» Name and address of SR-TIGET, Scientific Institute H.S. Raffaele, Milan, Italy
employer
* Occupation or position held Head of a Research Unit

* Dates (from - to) 2004-2007
* Name and address of Scientific Institute H.S. Raffaele
employer
* Occupation or position held Member of the Committee for the Appointment and Promotions

* Dates (from - to) 2004-2010

* Name and address of Course of “Molecular Pediatrics”, School of Medicine, “Vita-Salute” San Raffaele
employer University

* Occupation or position held Temporary assignment of Professorship

* Dates (from - to) 2007-present
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* Name and address of SR-TIGET
employer
* Occupation or position held Head of Unit. Pathogenesis and therapy of primary immunodeficiencies

* Dates (from - to) 2007-present
* Name and address of Pediatric Inmunohematology Unit, San Raffaele Hospital,
employer
* Occupation or position held Haematologist

* Dates (from - to) 2007-10/2014
* Name and address of University of Rome Tor Vergata
employer
* Occupation or position held Associate Professor of Pediatrics

* Dates (from - to) 2009-present
* Name and address of SR-TIGET
employer
* Occupation or position held Coordinator of Clinical Research

* Dates (from-to) 2010-2013
* Name and address of Department of Pediatrics, University of Rome “Tor Vergata” — Bambino Gesu
employer Pediatric Hospital
* Occupation or position held Head of the Gene Therapy Unit

* Dates (from-to) 2011-2014
» Name and address of Department of Pediatrics, University of Rome “Tor Vergata” — Bambino Gesu
employer Pediatric Hospital
* Occupation or position held Head Primary Immunodeficiencies (PID) outpatients’ clinic

* Dates (from-to) 05/2011-present
* Name and address of SR-TIGET, San Raffaele Hospital
employer
* Occupation or position held Head, Clinical Research Unit

* Dates (from-to) 11/2014-12/2015

* Name and address of “Vita-Salute” San Raffaele University, Milan
employer
* Occupation or position held Associate Professor of Pediatrics

» Dates (from-to) 11/2014-present

* Name and address of San Raffaele Hospital, Milan
employer
+ Occupation or position held Chief of Clinic, Pediatric Inmunohematology Unit

* Dates (from-to) 01/2016-present

* Name and address of “Vita-Salute” San Raffaele University, Milano,
employer
+ Occupation or position held Full Professor of Pediatrics
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skills covered
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skills covered

+ Title of qualification awarded

PERSONAL SKILLS
AND COMPETENCES

MOTHER TONGUE
OTHER LANGUAGES
* Reading skills

* Writing skills
* Verbal skills
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04/2017-present
SR-TIGET, San Raffaele Scientific Institute

Deputy Director

1990

School of Medicine, University of Rome “La Sapienza’, ltaly

Immunology

M.D.

1996
School of Medicine, University of Rome “La Sapienza’, ltaly

Molecular and Cell Biology

Ph.D.
1998
School of Medicine, University of Milan, Italy

Hematology

Natl. Board

ITALIAN

ENGLISH

EXCELLENT
EXCELLENT
EXCELLENT
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PROFESSIONAL ACTIVITIES

INSTITUTIONAL COMMITMENTS

HONORS
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o Member of the ASGCT Hemopoietic Cell Gene Therapy Committee (2008- 2013)

o Member of the Board of the Italian Working Group on Immunodeficiencies
(IPINET) (2010-present).

e Member of the AIEOP Governing Council (2011-2012).

o Board Member of ESGCT (2012 - 2022).

e Chairof ASGCT Hematologic and Immunologic Gene and Cell Therapy
Committee (2013-05/2015).

e Member of the Scientific Evaluation Committee (SEC) for E-Rare Joint
Transnational Call European Commission (2013 and 2017).

o Member of the Inborn Errors Working Party (IEWP) Studies Committee of the
European Society for Bone and Marrow Transplantation (EBMT) (since 2015).

o Member of ASGCT Hematologic and Immunologic Gene and Cell Therapy
Committee (06/2015-05/2016).

o Member of ASGCT International Committee (06/2016-present)

e Co-Chair of the Stem Cell and Gene Therapy WP of European Reference
Network (ERN) on Rare Immunodeficiency, Autoinflammatory and Autoimmune
Diseases Network (RITA) (since 2017).

o 2019-present. Editorial Board of the ltalian journal “Prospettive in Pediatria”, co-
responsible of the section “Frontiers”.

o Member of ASGCT Global Outreach Committee (since 06/2020)

o Member of the Henry Kunkel Society (as from February 2022)

o [talian Member of the Gene Therapy Working Party of European Medicines
Agency (EMA) (2010-2012).

e Ad hoc drafting group member of Committe for Advanced Therapies (CAT) EMA
(2012-2014).

e Member of the Evaluation Committee of Genethon Institute (Evry, France) on
behalf of AFM.

o Member (representing clinicians) of the Committee for Advanced Therapies
(CAT) of the European Medicines Agency (EMA) (as from July 1, 2019).

o Member of the Newborn Screening Working Group, Italian Ministry of Health

o Member of the Dietetics and Nutrition Section (DNS) of the Technical Committee
for Animal Nutrition and Health, Italian Ministry of Health

1989: Award from the University of Rome and the Fondazione Sigma Tau for the

best research work on basic sciences presented at the "National Research Forum of

students from the Faculty of Medicine, University of Rome".

1991: Award from the Istituto Pasteur Fondazione Cenci Bolognetti, University of
Rome "La Sapienza", for the best experimental thesis on basic sciences in discussed
at the Faculty of Medicine in year 1990.

1993: Fellowship from the Italian Ministry of Health for scientists working on AIDS
research in a foreign country.

1996: Travel Award from the American Society of Hematology for presenting an oral
communication at the ASH annual meeting in San Diego.

2002: Top abstract presented at the Plenary Session of the American Society of
Gene Therapy

2003: Young Investigator Award, American Society of Gene Therapy
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2004: “JOUAN BIOTHERAPY AWARD’ for the best clinical research project
2009: HSR Scientific Retreat: Best paper award in translational medicine

2010: XVIlith ESGCT Meeting: Award for an outstanding career and pioneering
contributions to the field

2010: Award from AACS of Rome — Special Mention “Heart of Rome”

2014:National Award “Cultura della Solidarieta” for an outstanding activity in science,
which has granted so many benefits to human being. This award has obtained the
acknowledgment of the President of Italy.

2015: Award from the Centro Studi Marche (CE.S.MA) “Picus del Ver Sacrum”
Marchigiani of the year 2014, XXX edition.

2020: The Else Kroener Fresenius Price for Medical Research 2020 for
groundbreaking successes in the development of gene therapies.

FUNDING Current Funds

o ‘“Hematopoietic stem/progenitor cell gene therapy for inborn errors of
metabolism and immunity by innovative gene addition and gene editing
approaches”, funded by the Else-Kroener-Fresenius-Stiftung Prize for Medical
Research. 2020-2025.

e Pl of SR-Tiget Core Grant, project “Human Hematopoietic Stem/Progenitor
cell trafficking and clonal tracking. 2022-2026.

e Unit Pl of Bando di Ricerca Finalizzata 2019 (Ministry of Health), project
‘Expanding the spectrum of adenosine deaminase 2 (ADA2) deficiency:
towards a gene therapy approach”

e Unit Pl of ltalian Ministry of Health funded grant “Rete Idea’, 2021-2022

Previous Funds

e “Preclinical development of a hematopoietic stem cell gene therapy for
Adenosine Deaminase 2 deficiency “ funded by the Jeffrey Modell
Foundation. 2019-2021.

e Pl of SR-Tiget Core Grant, project B2: “HSPC biology: in vivo clonal tracking
and lineage modeling”. 2016-2021.

e Co-PI of SR-Tiget Core Grant, project E6: “Use of mesenchymal stromal cells
to optimize transplantation outcome of gene edited hematopoietic stem cells”.
2016-2021.

e Program Leader of Telethon Core Grant Program A: Clinical Trial Pipeline.

e Coordinator and Unit Pl of Italian Ministry of Health funded grant NET2011:
“New strategies for gene therapy of primary immunodeficiencies using
requlated lentiviral vectors and gene targeting approaches”. 2015-2018.

o Pl of WP2 of European Community funded grant E-RARE EUROCID:
“Identification of immunological biomarkers for the diagnosis and prognosis of
patients with combined immunodeficiencies”. 2015-2018.

e Pl of SR-Tiget Core Grant, projects TGT11A01 (“Loss f central and peripheral
tolerance mechanisms leading to autoimmune manifestations in ADA-deficient
SCID™9 and TGT11C01 (“Tracking and modeling of HSC clonal dynamics by
vector marking’). 2013-2016

e Pl of Telethon Foundation grant, SR-TIGET Core Grant. “Loss of central and
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peripheral tolerance mechanisms leading to autoimmune in ADA-deficient
SCID” (A1). 2011-2015.

e Pl of Telethon Foundation grant, SR-TIGET Core Grant. Principal Investigator
of project “Tracking and modeling of HSC clonal dynamics by vector marking”
(C1). 2011-2015.

o Pl Telethon Foundation grant “Gene Therapy of Wiskott-Aldrich Syndrome”.
2011-2015.

o Coordinator of grant from ltalian Ministry of Health RF-2009-1485896
“Combined gene and cell therapy approaches for the treatment of primary
immunodeficiencies”. 2011-2014

o Coordinator of European Community grant FP. Advanced cell-based therapies
for the treatment of primary immunodeficiencies (CELL-PID). 2010-2015

e Coordinator of European Community E-RARE “Genetics and pathogenesis of
chronic granulomatous disease and development of new gene transfer
therapeutic approaches” (EURO-CGD). 2010-2013

e Pl of Fondazione Roma grant “Stem Cells based approaches to monogenic
diseases”. SR-TIGET 2009-2012

e Pl of Telethon Foundation grant “Clinical trial of gene therapy for ADA-SCID’,
SR-TIGET 2006-2010

o Pl of grant from lItalian Drug Agency (AIFA). Study of safety and efficacy of
gene therapy with autologous CD34+ cells transfected with a retroviral vector
encoding ADA gene) (EMEA/OD/053/05) for treatment of ADA-SCID. 2006-
2008

e Pl of ltalian Research Association for Cancer (AIRC). Activated upar fragments
in cancer. Evaluation of their diagnostic, prognostic and therapeutic protein

MENTORSHIP 2005-2007.

e Pl of Telethon Foundation grant: Gene Therapy for ADA-Deficient SCID. 2003-

2005

Prof. Aiuti has directly supervised 12 PhD student at University Rome “Tor
Vergata” and Vita Salute San Raffaele University, and 15 students discussing
Thesis (Medical School, Biotechnology or Biology, Nurse School, Resident fellows
in Pediatrics). Among the young scientists he has mentored of particular mention
are Dr. Francesca Ficara (post-doc at Stanford University and Junior Pl at
CRN/Humanitas), Dr. Alessandra Mortellaro (Pl at the Singapore Immunology
Network, and presently Project Leader at SR-Tiget), Dr. Barbara Cassani
(researcher, Humanitas Hospital), Dr. Luca Biasco (Assistant Professor, Harvard
Medical School).

MEMBERSHIPS Italian Society of Pediatrics (SIP)

ltalian Society of Pediatric Research (SIRP)

ltalian Society of Pediatric Oncology and Hematology (AIEOP)

ltalian Strategic Committee on Primary Immunodeficiencies (AIEOP-IPINET)
European Society of Immunodeficiencies (ESID)

European Working Party on Inborn Errors (EBMT)

American Society of Hematology (ASH)

American Society of Gene and Cell Therapy (ASGCT)

European Society of Gene and Cell Therapy (ESGCT)

Henry Kunkel Society
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REVEWER AND EVALUATOR « Peer reviewer for the following international Journals: Nature, Blood, Human
ACTIVITY Gene Therapy, Haematologica, Molecular Therapy, European Journal of
Immunology, Frontiers in Primary immunodeficiencies, The Journal of Allergy and
Clinical Immunology.
Reviewer for meeting abstracts (ESGCT and ASGCT).
Ad hoc scientific evaluator for the following funding agencies: Israeli Science
Foundation, Foundation of Polish Science, French National Research Agency.

CLINICAL RESEARCH ACTIVITY « Training in clinical trials

e HSR Course on Biosafety (Milan, 2002)

e HSR Clinical Experimentation Course (Milan, December 14 and 15, 2004)

e “Corso AIFA in collaborazione con ISS e CNT per I'utilizzo dei medicinali per
terapia cellulare” (Rome, November 13 and 1,4 2007)

e “Terapie Innovative — Dalla ricerca preclinica ai trial clinici - Terapie avanzate e
targeted therapies” (Milan, December 12 and 13, 2007)

e Gianni Benzi Foundation "Il Foresight training course"” (Pavia, September 2 to 4,
2009)

o AIFA Annual Meeting on Independent Research (Rome, October 27, 2009)

o AIFA Annual Meeting on Independent Research (Rome,October 27, 2009)

e OSR Course on “Clinical Trial Management from the P.l. point of view” (Milan,
April 27, 2017)

Pl of clinical trials

e ADA gene transfer into hematopoietic stem/progenitor cells for the treatment of
ADA SCID (AD1115611)

o A phase I/l clinical trial of hematopoietic stem cell gene therapy for the
Wiskott Aldrich Syndrome (201228)

o A phase I/l clinical trial of hematopoietic stem cell gene therapy for the
treatment of Metachromatic Leukodystrophy (201222)

o A single arm, open label, clinical study of cryo preserved autologous CD34+
cells transduced with lentiviral vector containing human ARSA cDNA for
the treatment of early onset Metachromatic Leukodystrophy (205756)

oA phase Il study evaluating safety and efficacy of autologous
hematopoietic stem cells genetically modified with GLOBE lentiviral vector
encoding for the human beta globin gene for the treatment of patients affected
by transfusion dependent beta thalassemia (TIGET BTHAL)

e A phase Il study evaluating safety and efficacy of autologous
hematopoietic ~stem and progenitor cells genetically modified with IDUA
lentiviral vector encoding for the humana-L-iduronidase gene for the treatment
of patients affected by Mucopolysaccharidosis Type |, Hurler variant (TIGET
t10-MPS1)

e Methodology study to investigate the utility of retroviral insertion site analysis in
samples from subjects treated with Strimvelis gene therapy (205813)

e A prospective outcome  study on patients with Profound Combined
Immunodeficiency (P-CID)

e Retrospective-prospective  observational ~study on patient enrolled in
AIEOP/IPINET clinical centers

e In-depth diagnostic and pathogenic  analysis on immunodeficiencies and
immune disorders, on both known and unknown genetic basis (TIGET 02)

e Diagnostic and pathogenic studies on  immunodeficiencies and immune
disorders, on both known and unknown genetic basis (TIGET 06)
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e Biological sample collection for study of blood cells and their
microenvironment, and for the development of new therapeutic approaches
for genetic diseases and tumors (TIGET 09b)

e Neonatal screening on dried peripheral blood spot for combined severe
primary immunodeficiencies (TIGET 11b).

RESEARCH INTERESTS He has explored several issues in the field of Inmunology and Hematology:

1989-1992

- Production of recombinant human Factor XII proteins in eukaryotic expression
system.

- Immunological and biochemical characterization of recombinant FXII proteins.

- Characterization of monoclonal antibodies against human Factor Xl and
validation of a competitive immunoenzymatic assay for FXII.

1991-1994
- Study of T-cell and B-cell immune responses to HIV in human subjects.
- Role of superantigens in the pathogenesis of HIV.

1992-1995

- Immunological characterization of transgenic mice for human receptors (CD4,
HLA-Cw4, CD26).

- Transgenic mice for human CD4 as an animal model for HIV infection.

1994-1996

- Transplantation of human CD34* cells into the fetal liver or adult bone marrow of
immunodeficient mice (RAG-2).

- Role of stromal factors in the control of the survival, proliferation and
differentiation of human hematopoioetic progenitor cells.

- Analysis of the expression of adhesion molecules on the surface of human

CD34* progenitor cells from peripheral blood, cord blood and bone marrow.
- Identification of a stromal derived chemoattractant for lymphocytes and human
progenitor cells.

1996-2000
Role of chemokines and their receptor in the trafficking of human hematopoietic
progenitors.

2000-2009

Immunological characterization of patients and the study of pathogenesis in
various forms of primary immunodeficiencies: ADA-SCID, CVID, Ataxia-
telangiectasia, Wiskott-Aldrich syndrome (WAS), SAP deficiency (XLP), perforin
deficiency, hyper-IgE syndrome, IPEX. Study of hematopoiesis in patients with
HIV infection.

-Transfer Gene in lymphocytes and hematopoietic stem cells.

-Gene therapy of primary immunodeficiencies: adenosine deaminase-deficient
SCID, Wiskott-Aldrich syndrome, a defect of SAP.

Current research activities

-Gene transfer into human hematopoietic stem/progenitor cells using retroviral
and lentiviral vectors.

-Safety and efficacy of hematopoietic stem cell gene therapy for inherited
disorders (ADA, WAS, MLD, MPSI, CGD).

-Study of dynamics and fate of human hematopoietic stem cells after gene
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therapy.
-Genetic and immunological characterization of primary immunodeficiencies due
to unknown genetic defect.

Dr. Aiuti is co-inventor in a UK patent application (priority application, subject to
secrecy period) related to a method for identifying the frequency of hematopoietic
cell subtypes in blood (Basso Ricci L. et al. Cytometry 2017).

INVITED LECTURES OF THE LAST

e Pediatric Medicine into the Future, an ltalian Israeli Symposium. 14-15
5 YEARS

February 2017.Sheba Medical Center, Tel Aviv, Israel.

e XIX Telethon Convention. 13-15 March 2017. Riva del Garda, Italy.

e 37th Annual Meeting of the French Society of Hematology (Société
Francaise d'Hématologie, SFH). 15-17 March 2017. Paris, France.

e 43° Annual Meeting of the European Society for Blood and Marrow
Transplantation. 26-29 March 2017. Marseille, France.

e FEuropean Hematology Association (EHA) Paediatric Course. 5-8 April
2017. Sorrento, ltaly.

¢ International Pediatric Clinical Trial Day “Helping children creating lives
they deserve”. 9 May 2017. Milan, Italy.

e XLII National Congress of AIEOP. 21-23 May 2017. San Giovanni
Rotondo, ltaly.

o |PINET Meeting. 25-26 May 2017. Turin, Italy.

e 2nd Annual Meeting of the Hellenic Society of Gene Therapy and
regenerative medicine. 26-27 May 2017. Athens, Greece.

e The future of medicine starts now. How science and new technology are
reshaping health science. 29-30 June 2017. Genoa, ltaly.

e E-Rare Scientific Evaluation Committee Meeting. 6-7 September 2017.
Cluj-Napoca, Romania.

e Shaping the future of Pediatrics. How technology empowers clinicians,
researchers and patients. 20-22 September 2017. Rome, Italy.

e “Allo-BMT and Natural History in MLD — Retrospective analysis”. 29t
September 2017. Amsterdam, the Netherlands.

e MeuSIX meeting. 3¢ October 2017. Neaples, Italy.

e European Society of Gene and Cell Therapy (ESGCT) 25! Anniversary
Congress. 17-20 October 2017. Berlin, Germany.

e 38 Congress of the Italian Society of Pharmacology. 25-28 October
2017. Rimini, Italy.

e Joint IEWP/ADWP Annual Conference. 3-5 November 2017. Newcastle,
UK.

e International Primary Immunodeficiencies Congress (IPIC). 8-10
November 2017. Dubai, U.A.E.

e Giornate AIEOP 2017. 13-14 November 2017. Rimini, ltaly.

e “Al Sissizio d'invero si parla di dolore”, 5 Edition. 15-16 December
2017. Trani, Italy.

e Worksohp at Ospedale Pediatrico Bambino Gesu in occasion of the
Rare Disease Day 2018. 27 February 2018. Rome, Italy.

e 44h Annual Meeting of the European Society for Blood and Marrow
Transplantation (EBMT). 18-21 March 2018. Lisbon, Portugal.

e Spring School 2018 of the European Society of Gene and Cell Therapy.
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(ESGCT). 21-23 March 2018. Oxford, UK.

o SCIDNET/RECOMB Kick-off meeting. 9-10 April, 2018. London, UK.

e Clinical Immunology Society (CIS) Annual Meeting. 26-29 April, 2018.
Toronto, Canada.

e Symposium “North American Guidelines for the management of
adenosine deaminase deficiency”. 29 April 2018. Toronto, Canada.

e Primary Immune Deficiency Treatment Consortium (PIDTC) Annual
Scientific Workshop and Educational Day. 8-11 May 2018. Philadelphia,
USA.

e American Society of Gene and Cell Therapy (ASGCT) 21st Annual
Meeting. 16-19 May 2018. Chicago, USA.

o AFI 58" Symposium. 6-8 June 2018. Rimini, Italy.

e 11th PDWP, IDWP, IEWP and Pediatric Nurse Group Meeting. 7-9 June
2018. Verona, ltaly.

e 74h Annual Meeting of the Italian Society of Pediatrics. 12-16 June,
2018. Rome, ltaly.

e Invited lecture at Morgan Stanley Children’s Hospital of NewYork -
Presbyterian—Columbia University Medical Center- 27 September 2018

e European Society of Gene and Cell Therapy (ESGCT) Annual Meeting.
15-19 October 2018. Lousanne, Switzerland.

e ERN Conference. 21-22 November 2018. Bruxelles. Belgium.

e TED-conference dedicated to the Russian Science Day. 7-8 February
2019. Moscow, Russia.

e Mumbai International PID Conference. 9-11 March 2019. Bombay,
India.

e 45° Annual Meeting of the European Society for Bone and Marrow
Transplantation (EBMT). 24-27 March 2019. Frankfurt, Germany.

e 10th Biannual Meeting of the International Society of Systemic Auto
Inflammatory Diseases (ISSAID). 31 March-3 April 2019. Genova, ltaly.

e Spring School 2019 of the European Society of Gene and Cell Therapy.
(ESGCT). 3-5 April 2019. Naples, Italy.

o AIEOP-IPINET Meeting, 9-10 May 2019. Bologna, Italy.

e XXI Meeting of the Italian Society of Pediatric Allergology and
Immunology (SIAIP). 16-18 May 2019. Milan, Italy.

e 75" Congress of the ltalian Society of Pediatrics (SIP). 29 May-1 June
2019. Bologna, ltaly.

e 11T National Congress of the Italian Conference on AIDS and Antiviral
Research. 5-7 June 2019. Milan, Italy.

e Immune Deficiency Foundation (IDF) Conference. June 20-22, 2019.
National Harbor, MD, USA.

e 7" Annual German Stem Cell Network (GSCN) Conference. September
23-25, 2019. Berlin, Germany.

e 270 Annual Congress of the European Society of Gene and Cell
Therapy (ESGCT). October 22-25, 2019. Barcelona, Spain.

e XX Telethon Scientific Convention. October 28-30, 2019. Riva del
Garda, ltaly.

e 1st International Rumi Pediatric Congress (IRUPEC), December 4-7,
2019. Konya, Turkey.

e 234 virtual Congress of the American Society of Gene and Cell Therapy
(ASGCT), May 12-15, 2020.

e XXII virtual meeting of the Italian Society of Pediatric Allergology and
Immunology (SIAIP). 23-24 June, 2020.
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e 518t virtual Meeting of the Societa Italiana di Neurologia (SIN).
November 28-30, 2020.

e RE(ACT) Congress and IRDIRC Conference, virtual, January 13-16,
2021.

e 47" Annual Meeting of the European Society for Bone and Marrow
Transplantation (EBMT), virtual, March 14-17, 2021.

e XXl virtual meeting of the Italian Society of Pediatric Allergology and
Immunology (SIAIP). April 22-24, 2021.

e 24t virtual Congress of the American Society of Gene and Cell Therapy
(ASGCT), May 12-15, 2021.

e 76" Congress of the Italian Society of Pediatrics (SIP). May 25-28,
2021. Rome, ltaly.

e XII SIICA National Congress, virtual. May 26-28, 2021.

e Inborn Errors Working Party 2021 Annual Conference. September 24-
26, 2021. Milan, ltaly.

e 2021 Virtual Congress of the European Society of Gene and Cell
Therapy (ESGCT). October 19-22, 2021.

e Precision Medicine and Functional Genomics 2021. December 4-6,
2021. Sidra Medical and Research Center, Doha, Qatar and virtual.

o AIEOP-IPINET 2021 National ~ Congress  on  Primary
Immunodeficiencies. December 9-10, 2021. Neaples, Italy.

e From cell to systems: the teaching of Rare Diseases 2022 The
celebration of 800 years of science, future, and freedom. February 25,
2022. Padua, Italy

e |PIC 5TH EDITION. April 27-29, 2022. Vilamoura, Portugal.

e ASGCT 24 Annual Meeting. May 11-14, 2022. Washington DC, USA.

e 77t Congress of the Italian Society of Pediatrics (SIP). 18-21 May 2022.
Sorrento, ltaly.

e 060th Annual Meeting of the European Society for Paediatric
Endocrinology (ESPE).15-19 September 2022. Rome, ltaly.

e Inborn Errors Working Party (IEWP) Annual Conference-EBMT. 23-25
September 2022. Paris, France.

e ESGCT/BSGT 2022 Congress. 11-14 October 2022. Edinburgh, UK.

e 20th biennial ESID Meeting. 12-15 October 2022. Gothenburg, Sweden.

e 17th International Symposium on Inborn Errors of Immunity. 28-29
October 2022. Newport Beach, California.

e XXl Telethon Scientific Convention. March 13-15, 2023. Riva del Garda,
ltaly.

e ESGCT Spring School. 28-31 March 2023. Giens, France

e  49th Annual Meeting of the EBMT. 23-26 April 2023. Paris, France.

e DG-GT Theme Day “The next frontiers in ATMP development” 27-28
April 2023. Langen, Germany.

e SIRP annual meeting. 5-6 June 2023. Neaples, Italy.

e ISSCR Annual Meeting. 14-17 June 2023. Boston, USA.

Alessandro Aiuti has published more than 250 papers in international scientific
LIST OF PUBLICATIONS peer review journals and national journals, and contributed 8 chapters to books.

Quantitative parameters of his scientific production in international journals can be

detailed as follows:

hindex (Scopus): 67

Total citations (Scopus): 20.340
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Average citations: 80,39
Total impact factor (IF) of publications: 3.074,972
Average impact factor (IF): 12,154

Publications on international journals:

1. Fattorossi A, Le Moli S, Pontesilli O, Aiuti A Jr, Nisini R, Galli E,
Carbonari M, D'Amelio R. (1988). Complement activation is variably
affected by fibronectin preparations obtained through different
procedures. Boll Ist Sieroter Milan 67, 128-134. I[F NA

2. Citarella F., Aiuti A., La Porta C., Russo G., Pietropaolo C., Rinaldi M.,
and Fantoni A. (1992). Control of human coagulation by recombinant
serine proteases. Blood clotting is activated by recombinant factor XII
deleted of five regulatory domains. Eur J Biochem / FEBS 208, 23-30.
IF 3.499

3. D'Amelio R, Biselli R., Nisini R., Matricardi P. M., Aiuti A., Mezzaroma
., Pinter E., Pontesilli O., and Aiuti F. (1992). Spectrotype of anti-gp120
antibodies remains stable during the course of HIV disease. J Acquir
Immune Defic Syndr 5, 930-935. IF 4.125

4. Citarella F., Misiti S., Felici A., Aiuti A., La Porta C., and Fantoni A.
(1993). The 5' sequence of human factor XII gene contains transcription
regulatory elements typical of liver specific, estrogen-modulated genes.
Biochim Biophys Acta 1172, 197-199. |F 2.467

5.  Forte P., Aiuti A., Pozzi L., Citarella F., Fattorossi A., Rossi G. B., and
Fantoni A. (1993). Human CD4 produced in lymphoid cells of transgenic
mice binds HIV gp120 and modifies the subsets of mouse T-cell
populations. Immunogenetics 38, 455-459. IF 3.085

6. Nisini R., Aiuti A., Matricardi P. M., Fattorossi A., Ferlini C., Biselli R.,
Mezzaroma ., Pinter E., and D'Amelio R. (1994). Lack of evidence for a
superantigen in lymphocytes from HIV-discordant monozygotic twins.
AIDS (London, England) 8, 443-449. IF 5.294

7. Aiuti A., Forte P., Simeoni L., Lino M., Pozzi L., Fattorossi A., Giacomini
P.,Ginelli E., Beretta A., Siccardi A., and et al. (1995). Membrane
expression of HLA-Cwé4 free chains in activated T cells of transgenic
mice. Immunogenetics 42, 368-375. IF 3.373

8. Giovannetti A., Aiuti A., Pizzoli P. M., Pierdominici M., Agostini E., Oliva
A., Dianzani F., Aiuti F., and Pandolfi F. (1995). Tyrosine
phosphorylationpathway is involved in interferon-gamma (IFN-gamma)
production; effect of sodium ortho vanadate. Clin Exp Immunol 100,
157-163. IF 2.680

9. Bleul C. C., Fuhlbrigge R. C., Casasnovas J. M., Aiuti A., and Springer
T. A. (1996). A highly efficacious lymphocyte chemoattractant, stromal
cell-derived factor 1 (SDF-1). J Exp Med 184, 1101-1109. IF 15.126

10. Aiuti A., Webb I. J., Bleul C., Springer T., and Gutierrez-Ramos J. C.
(1997). The chemokine SDF-1 is a chemoattractant for human CD34+
hematopoietic progenitor cells and provides a new mechanism to
explain the mobilization of CD34+ progenitors to peripheral blood. J Exp
Med 185, 111-120. IF 15.572

11. Finco O., Nuti S., De Magistris M. T., Mangiavacchi L., Aiuti A., Forte P.,
Fantoni A., van der Putten H., and Abrignani S. (1997). Induction of
CD4+ T cell depletion in mice doubly transgenic for HIV gp120 and
human CD4. Eur J Immunol 27, 1319-1324. IF 5.701

12.  Ruggieri L., Aiuti A., Salomoni M., Zappone E., Ferrari G., and
Bordignon C. (1997). Cell-surface marking of CD(34+)-restricted
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phenotypes of human hematopoietic progenitor cells by retrovirus-
mediated gene transfer. Hum Gene Ther 8, 1611-1623. IF 7.429

13. Aiuti A., Cicchini C., Bernardini S., Fedele G., Amicone L., Fantoni A.,
and Tripodi M. (1998). Hematopoietic support and cytokine expression
of murine-stable hepatocyte cell lines (MMH). Hepatology (Baltimore,
Md) 28, 1645-1654. IF 5.849

14. Aiuti A., Friedrich C., Sieff C. A., and Gutierrez-Ramos J. C. (1998).
|dentification of distinct elements of the stromal microenvironment that
control human hematopoietic stem/progenitor cell growth and
differentiation. Exp Hematol 26, 143-157. IF 3.591

15.  Simeoni L., Forte P., Aiuti A., Candido A., Campese A. F., Fedele G., Di
Tommaso F., Navarra M., and Fantoni A. (1998). Transgenic mice
expressing human HIV receptors become persistently recipient of HIV
DNA after injection with infected human cell lines. Folia Microbiol
(Praha) 43, 525-526. IF 0.312

16. Aiuti A., Tavian M., Cipponi A., Ficara F., Zappone E., Hoxie J., Peault
B., and Bordignon C. (1999). Expression of CXCR4, the receptor for
stromal cell-derived factor-1 on fetal and adult human lympho-
hematopoietic progenitors. Eur J Immunol 29, 1823-1831. IF 5.438

17.  Aiuti A., Turchetto L., Cota M., Cipponi A., Brambilla A., Arcelloni C.,
Paroni R., Vicenzi E., Bordignon C., and Poli G. (1999). Human
CD34(+) cells express CXCR4 and its ligand stromal cell-derived factor-
1. Implications for infection by T-cell tropic human immunodeficiency
virus. Blood 94, 62-73. IF 8.372

18. Arcelloni C., Aiuti A., Cipponi A., and Paroni R. (1999). High-
performance liquid chromatographic purification and capillary
electrophoresis quantification of the chemokine stromal cell-derived
factor-1. J Chromatogr B Biomed Sci Appl 729, 369-374. IF NA

19.  Grande A., Piovani B., Aiuti A., Ottolenghi S., Mavilio F., and Ferrari G.
(1999). Transcriptional targeting of retroviral vectors to the erythroblastic
progeny of transduced hematopoietic stem cells. Blood 93, 3276-3285.
IF 8.372

20. Isgro A., De Vita L., Mezzaroma I., Aiuti A., and Aiuti F. (1999).
Recovery of haematopoietic abnormalities in HIV-1 infected patients
treated with HAART. AIDS (London, England) 13, 2486-2488. IF 8.372

21. Isgro A., Mezzaroma ., Aiuti A., De Vita L., Franchi F., Pandolfi F.,
Alario C., Ficara F., Riva E., Antonelli G., and Aiuti F. (2000). Recovery
of hematopoietic activity in bone marrow from human immunodeficiency
virus type 1-infected patients during highly active antiretroviral therapy.
AIDS Res Hum Retroviruses 16, 1471-1479. IF 2.499

22. Dando J. S., Aiuti A., Deola S., Ficara F., and Bordignon C. (2001).
Optimisation of retroviral supernatant production conditions for the
genetic modification of human CD34+ cells. J Gene Med 3, 219-227. IF
3.103

23. Dando J. S., Roncarolo M. G., Bordignon C., and Aiuti A. (2001). A
novel human packaging cell line with hematopoietic supportive capacity
increases gene transfer into early hematopoietic progenitors. Hum Gene
Ther 12, 1979-1988. IF 6.796

24. Aiuti A. (2002). Advances in gene therapy for ADA-deficient SCID. Curr
Opin Mol Ther 4, 515-522. IF 5.640

25. Aiuti A, Slavin S., Aker M., Ficara F., Deola S., Mortellaro A., Morecki
S., Andolfi G., Tabucchi A., Carlucci F., Marinello E., Cattaneo F., Vai
S., Servida P., Miniero R., Roncarolo M. G., and Bordignon C. (2002).
Correction of ADA-SCID by stem cell gene therapy combined with
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nonmyeloablative conditioning. Science (New York, NY) 296, 2410-
2413. IF 23.329

26. Aiuti A, Vai S., Mortellaro A., Casorati G., Ficara F., Andolfi G., Ferrari
G., Tabucchi A., Carlucci F., Ochs H. D., Notarangelo L. D., Roncarolo
M. G., and Bordignon C. (2002). Immune reconstitution in ADA-SCID
after PBL gene therapy and discontinuation of enzyme replacement. Nat
Med 8, 423-425. IF 27.906

27. Dupré L., Aiuti A, Trifari S., Martino S., Saracco P., Bordignon C., and
Roncarolo M. G. (2002). Wiskott-Aldrich syndrome protein regulates
lipid raft dynamics during immunological synapse formation. Immunity
17, 157-166. IF 18.866

28. Faedo A., Ficara F., Ghiani M., Aiuti A., Rubenstein J. L., and Bulfone
A. (2002). Developmental expression of the T-box transcription factor T-
bet/Tbx21 during mouse embryogenesis. Mech Dev 116, 157-160. IF
3.687

29. Giovannetti A., Mazzetta F., Caprini E., Aiuti A, Marziali M.,
Pierdominici M., Cossarizza A., Chessa L., Scala E., Quinti |., Russo G.,
and Fiorilli M. (2002). Skewed T-cell receptor repertoire, decreased
thymic output, and predominance of terminally differentiated T cells in
ataxia telangiectasia. Blood 100, 4082-4089. IF 9.273

30. Guazzi V., Aiuti F., Mezzaroma |., Mazzetta F., Andolfi G., Mortellaro A.,
Pierdominici M., Fantini R., Marziali M., and Aiuti A. (2002). Assessment
of thymic output in common variable immunodeficiency patients by
evaluation of T cell receptor excision circles. Clin Exp Immunol 129,
346-353. IF 2.716

31. Isgro A., Aiuti A., Mezzaroma I., Addesso M., Riva E., Giovannetti A.,
Mazzetta F., Alario C., Mazzone A., Ruco L., and Aiuti F. (2002).
Improvement of interleukin 2 production, clonogenic capability and
restoration of stromal cell function in human immunodeficiency virus-
type-1 patients after highly active antiretroviral therapy. Br J Haematol
118, 864-874. IF 2.815

32. Isgro A., Aiuti F., Mezzaroma |., Franchi F., Mazzone A. M., Lebba F.,
and Aiuti A. (2002). Interleukin 7 production by bone marrow-derived
stromal cells in HIV-1-infected patients during highly active antiretroviral
therapy. AIDS (London, England) 16, 2231-2232. |F 6.881

33. Simeoni L., Rufini A., Moretti T., Forte P., Aiuti A., and Fantoni A.
(2002). Human CD26 expression in transgenic mice affects murine T-
cell populations and modifies their subset distribution. Hum Immunol 63,
719-730. IF 2.373

34. Aiuti A., Ficara F., Cattaneo F., Bordignon C., and Roncarolo M.G.
(2003). Gene therapy for adenosine deaminase deficiency. Curr Opin
Allergy Clin Immunol 3, 461-466. IF N.A.

35. Bonini C., Grez M., Traversari C., Ciceri F., Marktel S., Ferrari G,
Dinauer M., Sadat M., Aiuti A., Deola S., Radrizzani M., Hagenbeek A.,
Apperley J., Ebeling S., Martens A., Kolb H. J., Weber M., Lotti F.,
Grande A., Weissinger E., Bueren J. A., Lamana M., Falkenburg J. H.,
Heemskerk M. H., Austin T., Kornblau S., Marini F., Benati C., Magnani
Z., Cazzaniga S., Toma S., Gallo-Stampino C., Introna M., Slavin S.,
Greenberg P. D., Bregni M., Mavilio F., and Bordignon C. (2003). Safety
of retroviral gene marking with a truncated NGF receptor. Nat Med 9,
367-369. IF 30.550

36. Carlucci F., Tabucchi A., Aiuti A., Rosi F., Floccari F., Pagani R., and
Marinello E. (2003). Capillary electrophoresis in diagnosis and
monitoring of adenosine deaminase deficiency. Clin Chem 49, 1830-

Page 15 - Curriculum vitae of July 3, 2023
Aiuti Alessandro



1838. IF 5.538

37. Pierdominici M., Mazzetta F., Caprini E., Marziali M., Digilio M. C.,
Marino B., Aiuti A., Amati F., Russo G., Novelli G., Pandolfi F., Luzi G.,
and Giovannetti A. (2003). Biased T-cell receptor repertoires in patients
with  chromosome  22911.2  deletion  syndrome (DiGeorge
syndrome/velocardiofacial syndrome). Clin Exp Immunol 132, 323-331.
IF 2.347

38. Aiuti A. (2004). Gene therapy for adenosine-deaminase-deficient severe
combined immunodeficiency. Best Pract Res Clin Haematol 17, 505-
516.IF 2.549

39. Carlucci F., Tabucchi A., Aiuti A., Rosi F., Floccari F., Pagani R., and
Marinello E. (2004). Evaluation of ADA gene expression and
transduction efficiency in ADA/SCID patients undergoing gene therapy.
Nucleosides Nucleotides Nucleic Acids 23, 1245-1248. IF 0.429

40. Dando J. S., Ficara F., Deola S., Roncarolo M. G., Bordignon C., and
Aiuti A. (2004). Efficient gene transfer into primitive hematopoietic
progenitors using a bone marrow microenvironment cell line engineered
to produce retroviral vectors. Haematologica 89, 462-470. IF 4.192

41. Deola S., Scaramuzza S., Birolo R. S., Carballido-Perrig N., Ficara F.,
Mocchetti C., Dando J., Carballido J. M., Bordignon C., Roncarolo M.
G., Bregni M., and Aiuti A. (2004). Mobilized blood CD34+ cells
transduced and selected with a clinically applicable protocol reconstitute
lymphopoiesis in SCID-Hu mice. Hum Gene Ther 15, 305-311. IF 4.857

42. Dupré L., Trifari S., Follenzi A., Marangoni F., Lain de Lera T., Bernad
A., Martino S., Tsuchiya S., Bordignon C., Naldini L., Aiuti A., and
Roncarolo M. G. (2004). Lentiviral vector-mediated gene transfer in T
cells from Wiskott-Aldrich syndrome patients leads to functional
correction. Mol Ther 10, 903-915. IF 5.204

43. Ficara F., Superchi D. B., Hernandez R. J., Mocchetti C., Carballido-
Perrig N., Andolfi G., Deola S., Colombo A., Bordignon C., Carballido J.
M., Roncarolo M. G., and Aiuti A. (2004). IL-3 or IL-7 increases ex vivo
gene transfer efficiency in ADA-SCID BM CD34+ cells while maintaining
in vivo lymphoid potential. Mol Ther 10, 1096-1108. IF 5.204

44. Isgro A., Mezzaroma |., Aiuti A., Fantauzzi A., Pinti M., Cossarizza A.,
and Aiuti F. (2004). Decreased apoptosis of bone marrow progenitor
cells in HIV-1-infected patients during highly active antiretroviral
therapy. AIDS (London, England) 18, 1335-1337. IF 5.893

45. Dupré L., Andolfi G., Tangye S. G., Clementi R., Locatelli F., Arico M.,
Aiuti A., and Roncarolo M. G. (2005). SAP controls the cytolytic activity
of CD8+ T cells against EBV-infected cells. Blood 105, 4383-4389. IF
10.131

46. Isgro A., Aiuti A., Leti W., Gramiccioni C., Esposito A., Mezzaroma |.,
and Aiuti F. (2005). Immunodysregulation of HIV disease at bone
marrow level. Autoimmun Rev 4, 486-490. IF 3.091

47. Isgrd A., Aiuti A., Mezzaroma ., Ruco L., Pinti M., Cossarizza A., and
Aiuti F. (2005). HIV type 1 protease inhibitors enhance bone marrow
progenitor cell activity in normal subjects and in HIV type 1-infected
patients. AIDS Res Hum Retroviruses 21, 51-57. IF 2.531

48. Isgro A., Marziali M., Mezzaroma |., Luzi G., Mazzone A. M., Guazzi V.,
Andolfi G., Cassani B., Aiuti A., and Aiuti F. (2005). Bone marrow
clonogenic capability, cytokine production, and thymic output in patients
with common variable immunodeficiency. J Immunol 174, 5074-5081. IF
6.387

49. Dupré L., Marangoni F., Scaramuzza S., Trifari S., Hernandez R. J.,
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Aiuti A., Naldini L., and Roncarolo M. G. (2006). Efficacy of gene
therapy for Wiskott-Aldrich syndrome using a WAS promoter/cDNA-
containing lentiviral vector and nonlethal irradiation. Hum Gene Ther 17,
303-313. IF 4.514

50. Mortellaro A., Hernandez R. J., Guerrini M. M., Carlucci F., Tabucchi A,
Ponzoni M., Sanvito F., Doglioni C., Di Serio C., Biasco L., Follenzi A.,
Naldini L., Bordignon C., Roncarolo M. G., and Aiuti A. (2006). Ex vivo
gene therapy with lentiviral vectors rescues adenosine deaminase
(ADA)-deficient mice and corrects their immune and metabolic defects.
Blood 108, 2979-2988. IF 10.370

51. Trifari S., Sitia G., Aiuti A., Scaramuzza S., Marangoni F., Guidotti L. G.,
Martino S., Saracco P., Notarangelo L. D., Roncarolo M. G., and Dupre
L. (2006). Defective Th1 cytokine gene transcription in CD4+ and CD8+
T cells from Wiskott-Aldrich syndrome patients. J Immunol 177, 7451-
7461. IF 6.293

52. Aiuti A., Bachoud-Levi A. C., Blesch A., Brenner M. K., Cattaneo F.,
Chiocca E. A., Gao G., High K. A., Leen A. M., Lemoine N. R., McNeish
l. A, Meneguzzi G., Peschanski M., Roncarolo M. G., Strayer D. S,
Tuszynski M. H., Waxman D. J., and Wilson J. M. (2007). Progress and
prospects: gene therapy clinical trials (part 2). Gene Ther 14, 1555-
1563. IF 4.782

53. Aiuti A., Cassani B., Andolfi G., Mirolo M., Biasco L., Recchia A,
Urbinati F., Valacca C., Scaramuzza S., Aker M., Slavin S., Cazzola M.,
Sartori D., Ambrosi A., Di Serio C., Roncarolo M. G., Mavilio F., and
Bordignon C. (2007). Multilineage hematopoietic reconstitution without
clonal selection in ADA-SCID patients treated with stem cell gene
therapy. J Clin Invest 117, 2233-2240. IF 15.754

54. Booth C., Hershfield M., Notarangelo L., Buckley R., Hoenig M.,
Mahlaoui N., Cavazzana-Calvo M., Aiuti A., and Gaspar H. B. (2007).
Management options for adenosine deaminase deficiency; proceedings
of the EBMT satellite workshop (Hamburg, March 2006). Clin immunol
(Orlando, Fla) 123, 139-147. IF 3.606

55. Trifari S., Marangoni F., Scaramuzza S., Aiuti A., Roncarolo M.G.,
Dupre L. (2007). Current understanding of the Wiskott-Aldrich syndrome
and prospects for gene therapy. Expert Rev Clin Immunol 3, 205-215. IF
3.342

56. Cattoglio C., Facchini G., Sartori D., Antonelli A., Miccio A., Cassani B.,
Schmidt M., von Kalle C., Howe S., Thrasher A. J., Aiuti A., Ferrari G,
Recchia A., and Mavilio F. (2007). Hot spots of retroviral integration in
human CD34+ hematopoietic cells. Blood 110, 1770-1778. IF 10.370

57. Charrier S., Dupre L., Scaramuzza S., Jeanson-Leh L., Blundell M. P.,
Danos O., Cattaneo F., Aiuti A., Eckenberg R., Thrasher A. J.,
Roncarolo M. G., and Galy A. (2007). Lentiviral vectors targeting WASp
expression to hematopoietic cells, efficiently transduce and correct cells
from WAS patients. Gene Ther 14, 415-428. IF 4.782

58. Deola S., Scaramuzza S., Birolo R. S., Cergnul M., Ficara F., Dando J.,
Voena C., Vai S., Monari M., Pogliani E., Corneo G., Peccatori J.,
Selleri S., Bordignon C., Roncarolo M. G., Aiuti A., and Bregni M.
(2007). Molecular purging of multiple myeloma cells by ex-vivo culture
and retroviral transduction of mobilized-blood CD34+ cells. J Transl
Med 5, 35. IF 3.300

59. Husain M., Grunebaum E., Naqvi A., Atkinson A., Ngan B. Y., Aiuti A,
and Roifman C. M. (2007). Burkitt's lymphoma in a patient with
adenosine deaminase deficiency-severe combined immunodeficiency
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treated with polyethylene glycol-adenosine deaminase. J Pediatr 151,
93-95. IF 3.991

60. Marangoni F., Trifari S., Scaramuzza S., Panaroni C., Martino S,
Notarangelo L.D., Baz Z., Metin A., Cattaneo F., Villa A., Aiuti A,
Battaglia M., Roncarolo M.G., and Dupre, L. (2007). WASP regulates
suppressor activity of human and murine CD4(+)CD25(+)FOXP3(+)
natural regulatory T cells. J Exp Med 204, 369-80. IF 14.484

61. Benninghoff U., Cattaneo F., Aiuti A., Flores-D'Arcais A., Gelmetti C.,
Viscardi M., Callegaro L., Mirolo M., Ambrosi A., Roncarolo M. G., and
Bacchetta R. (2008). Clinical improvement and normalized Th1 cytokine
profile in early and long-term interferon-alpha treatment in a suspected
case of hyper-IgE syndrome. Pediatr Allergy Immunol 19, 564-568. IF
2.454

62. Cassani B., Mirolo M., Cattaneo F., Benninghoff U., Hershfield M.,
Carlucci F., Tabucchi A., Bordignon C., Roncarolo M.G., and Aiuti A.
(2008). Altered intracellular and extracellular signaling leads to impaired
T-cell functions in ADA-SCID patients. Blood 111, 4209-19. IF 10.896

63. de Lalla C., Festuccia N., Albrecht |, Chang H. D., Andolfi G,
Benninghoff U., Bombelli F., Borsellino G., Aiuti A., Radbruch A,
Dellabona P., and Casorati G. (2008). Innate-like effector differentiation
of human invariant NKT cells driven by IL-7. J Immunol 180, 4415-4424.
IF 6.068

64. Aiuti A., Brigida I., Ferrua F., Cappelli B., Chiesa R., Marktel S., and
Roncarolo M.G. (2009). Hematopoietic stem cell gene therapy for
adenosine deaminase deficient-SCID. Immunol Res 44, 150-159. IF
2.364

65. Aiuti A., Cattaneo F., Galimberti S., Benninghoff U., Cassani B.,
Callegaro L., Scaramuzza S., Andolfi G., Mirolo M., Brigida I., Tabucchi
A., Carlucci F., Eibl M., Aker M., Slavin S., Al-Mousa H., Al Ghonaium
A., Ferster A., Duppenthaler A., Notarangelo L., Wintergerst U., Buckley
R.H., Bregni M., Marktel S., Valsecchi M.G., Rossi P., Ciceri, F. Miniero
R., Bordignon C., and Roncarolo M.G. (2009). Gene therapy for
immunodeficiency due to adenosine deaminase deficiency. N Engl J
Med 360, 447-458. IF 52.589

66. Aiuti A., and Roncarolo M.G. (2009). Ten years of gene therapy for
primary immune deficiencies. Hematology Am Soc Hematol Educ
Program. 2009,682-689. IF 1.333

67. Bosticardo M., Marangoni F., Aiuti A., Villa A., and Roncarolo M.G.
(2009). Recent advances in understanding the pathophysiology of
Wiskott-Aldrich syndrome. Blood 113, 6288-6295. IF 10.896

68. Cassani B., Montini E., Maruggi G., Ambrosi A., Mirolo M., Selleri S.,
Biral E., Frugnoli I., Hernandez-Trujillo V., Di Serio C., Roncarolo M. G.,
Naldini L., Mavilio F., and Aiuti A. (2009). Integration of retroviral vectors
induces minor changes in the transcriptional activity of T cells from
ADA-SCID patients treated with gene therapy. Blood 114, 3546-3556. IF
10.896

69. Chiesa R., Cappelli B., Crocchiolo R., Frugnoli I., Biral E., Noe A,
Evangelio C., Fossati M., Roccia T., Biffi A., Finizio V., Aiuti A., Broglia
M., Bartoli A., Ciceri F., Roncarolo M. G., and Marktel S. (2010).
Unpredictability of iv Busulfan pharmacokinetics in children undergoing
hematopoietic stem cell transplant for advanced beta thalassemia:
Limited toxicity with a dose adjustment policy. Biol Blood Marrow
Transplant. 16, 622-628. Epub Dec 4, 2009. IF 3.732

70. Gabriel R., Eckenberg R., Paruzynski A., Bartholomae C. C., Nowrouzi
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A., Arens A., Howe S. J., Recchia A., Cattoglio C., Wang W., Faber K.,
Schwarzwaelder K., Kirsten R., Deichmann A., Ball C. R., Balaggan K.
S., Yanez-Munoz R. J., Ali R. R., Gaspar H. B., Biasco L., Aiuti A.,
Cesana D., Montini E., Naldini L., Cohen-Haguenauer O., Mavilio F.,
Thrasher A. J., Glimm H., von Kalle C., Saurin W., and Schmidt M.
(2009). Comprehensive genomic access to vector integration in clinical
gene therapy. Nat Med. 15, 1431-1436. IF 27.136

71. Gaspar H. B., Aiuti A., Porta F., Candotti F., Hershfield M. S., and
Notarangelo L. D. (2009). How | treat ADA deficiency. Blood 114, 3524-
3532. IF 10.896

72. Locci M., Draghici E., Marangoni F., Bosticardo M., Catucci M., Aiuti A.,
Cancrini C., Marodi L., Espanol T., Bredius R. G., Thrasher A. J., Schulz
A., Litzman J., Roncarolo M. G., Casorati G., Dellabona P., and Villa A.
(2009). The Wiskott-Aldrich syndrome protein is required for iNKT cell
maturation and function. J Exp Med 206, 735-742. IF 15.162

73. Marangoni F., Bosticardo M., Charrier S., Draghici E., Locci M.,
Scaramuzza S., Panaroni C., Ponzoni M., Sanvito F., Doglioni C.,
Liabeuf M., Gjata B., Montus M., Siminovitch K., Aiuti A., Naldini L.,
Dupre L., Roncarolo M. G., Galy A., and Villa A. (2009). Evidence for
long-term efficacy and safety of gene therapy for Wiskott-Aldrich
syndrome in preclinical models. Mol Ther 17, 1073-1082. IF 5.896

74. Sauer AV., and Aiuti A. (2009) New insights into the pathogenesis of
adenosine  deaminase-severe combined immunodeficiency and
progress in gene therapy. Curr Opin Allergy Clin Immunol 9, 496-502. IF
3.497

75. Sauer A. V., Mrak E., Hernandez R. J., Zacchi E., Cavani F., Casiraghi
M., Grunebaum E., Roifman C. M., Cervi M. C., Ambrosi A., Carlucci F.,
Roncarolo M. G., Villa A., Rubinacci A., and Aiuti A. (2009). ADA-
deficient SCID is associated with a specific microenvironment and bone
phenotype characterized by RANKL/OPG imbalance and osteoblast
insufficiency. Blood 114, 3216-3226. IF 10.896

76. Trifari S., Scaramuzza S., Catucci M., Ponzoni M., Mollica L., Chiesa R.,
Cattaneo F., Lafouresse F., Calvez R., Vermi W., Medicina D., Castiello
M.C., Marangoni F., Bosticardo M., Doglioni C., Caniglia M., Aiuti A.,
Villa A., Roncarolo M.G., and Dupreé L. (2010). Revertant T lymphocytes
in a patient with Wiskott-Aldrich syndrome: Analysis of function and
distribution in lymphoid organs. J Allergy Clin Immunol. 125, 439-
448.e8. IF 9.273

77. Cappelli B., and Aiuti A. (2010). Gene therapy for adenosine deaminase
deficiency. Immunol Allergy Clin. North Amer. 30, 249-260. IF 2.959

78. Cancrini C., Ferrua F., Scarselli A., Brigida I., Romiti M.L., Barera G.,
Finocchi A., Roncarolo M.G., Caniglia M., and Aiuti A. (2010). Role of
reduced intensity conditioning in T-cell and B-cell immune reconstitution
after HLA-identical bone marrow transplantation in ADA-SCID.
Haematologica. 95, 1778-1782. IF 6.532

79. Ferrua F., Brigida I., and Aiuti A. (2010). Update on gene therapy for
adenosine deaminase-deficient severe combined immunodeficiency.
Curr Opin Allergy Clin Immunol 10, 551-556. IF 3.431

80. Cohen-Haguenauer O., Creff N., Cruz P., Tunc C., Aiuti A., Baum C.,
Bosch F., Blomberg P., Cichutek K., Collins M., Danos O., Dehaut F.,
Federspiel M., Galun E., Garritsen H., Hauser H., Hildebrandt M.,
Klatzmann D., Merten O., Montini E., O'Brien T., Panet A., Rasooly L.,
Scherman D., Schmidt M., Schweitzer M., Tiberghien P,
Vandendriessche T., Ziehr H., Yla-Herttuala S., von Kalle C., Gahrton
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G., and Carrondo M. (2010). Relevance of an Academic GMP Pan-
European Vector Infra-structure (PEVI). Curr Gene Ther. 10, 414-422.
IF 4.482

81. Biasco L., Ambrosi A., Pellin D., Bartholomae C., Brigida I., Roncarolo
M.G., Di Serio C., von Kalle C., Schmidt M., and Aiuti A. (2010)
Integration profile of retroviral vector in gene therapy treated patients is
cell-specific according to gene expression and chromatin conformation
of target cell. EMBO Mol Med. 3, 89-101. IF 10.333

82. Selleri S., Brigida ., Casiraghi M., Scaramuzza S., Cappelli B., Cassani
B., Ferrua F., Aker M., Slavin S., Scarselli A., Cancrini C., Marktel S.,
Roncarolo M.G., and Aiuti A. (2011). In vivo T-cell dynamics during
immune reconstitution after hematopoietic stem cell gene therapy in
adenosine deaminase severe combined immune deficiency. J Allergy
Clin Immunol. 127, 1368-1375. IF 11.003

83. Grunebaum E., Chung C.T., Dadi H., Kim P., Brigida I., Ferrua F.,
Cicalese M.P., Aiuti A., and Roifman C.M. (2011). Purine metabolism,
immune reconstitution, and abdominal adipose tumor after gene therapy
for adenosine deaminase deficiency. J Allergy Clin Immunol. 127, 1417-
1419. IF 11.003

84. Bosticardo M., Draghici E., Schena F., Sauer A.V., Fontana E., Castiello
M.C., Catucci M., Locci M., Naldini L., Aiuti A., Roncarolo M.G., Poliani
P.L., Traggiai E., and Villa A. (2011) Lentiviral-mediated gene therapy
leads to improvement of B-cell functionality in @ murine model of
Wiskott-Aldrich syndrome. J Allergy Clin Immunol. 127, 1376-1384. IF
11.003

85. Angelino G., Natali G.L., Falappa P., Folgori L., Moretti R., Cantarutti N.,
Di Matteo G., Chiriaco M., Rossi P., Roos D., Aiuti A., and Finocchi A.
(2011)  Successful treatment with percutaneous transhepatic
alcoholization of a liver abscess in a child with chronic granulomatous
disease. Pediatr Infect Dis J. 30, 819-820. IF 3.064

86. Deichmann A., Brugman M.H., Bartholomae C.C., Schwarzwaelder K.,
Verstegen M.M., Howe S.J., Arens A., Ott M.G., Hoelzer D., Seger R.,
Grez M., Hacein-Bey-Abina S., Cavazzana-Calvo M., Fischer A,
Paruzynski A., Gabriel R., Glimm H., Abel U., Cattoglio C., Mavilio F.,
Cassani B., Aiuti A., Dunbar C.E., Baum C., Gaspar H.B., Thrasher A.J.,
von Kalle C., Schmidt M., and Wagemaker G. (2011). Insertion sites in
engrafted cells cluster within a limited repertoire of genomic areas after
gammaretroviral vector gene theraphy. Mol Ther. 19, 2031-2039. IF
6.873

87. Cancrini C., Scarselli A., Scaramuzza S., Chiriaco M., Di Cesare S., Di
Matteo G., Romiti M.L., Palma P., De Felice L., Palumbo G., Pinto R.M.,
De Vito R., Racioppi L., Livadiotti S., Fischer A., Rossi P., Caniglia M.,
and Aiuti A. (2011). Early-onset monocyte-B-natural killer-dendritic cells’
deficiency successfully treated with hematopoietic stem cell
transplantation. J Allergy Clin Immunol. 128, 897-900. IF 11.003

88. Catucci M., Prete F., Bosticardo M., Castiello M.C., Draghici E., Locci
M., Roncarolo M.G., Aiuti A., Benvenuti F., and Villa A. (2012). Dendritic
cell functional improvement in a preclinical model of lentiviral-mediated
gene therapy for Wiskott-Aldrich syndrome. Gene Ther., 19, 1150-1159.
Epub 2011 Dec 22. IF 4.538

89. Sauer A.V., Brigida I., Carriglio N., Jofra Hernandez R., Scaramuzza S.,
Clavenna D., Sanvito F., Poliani P.L., Gagliani N., Carlucci F., Tabucchi
A., Roncarolo M.G., Traggiai E., Villa A., and Aiuti A. (2012). Alterations
in the adenosine metabolism and CD39/CD73 adenosinergic machinery
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cause loss of Treg cell function and autoimmunity in ADA-deficient
SCID. Blood. 119, 1428-1439. IF 9.898

90. Mariani S.A., Brigida I., Kajaste-Rudnitski A., Vicenzi E., Aiuti A., and
Poli G. (2012). HIV-1 envelope dependent post-entry restriction of
CXCR4-using viruses in children but not adult derived CD4+ T
lymphocytes. Blood. 119, 2013-2023. IF 9.898

91. Biasco L., Baricordi C., and Aiuti A. (2012). Retroviral integrations in
gene therapy trials. Mol. Ther. 20, 709-716. IF 6.873

92. Sauer A\V., Morbach H., Brigida I., Ng Y.S., Aiuti A., and Meffre E.
(2012). Defective B cell tolerance due to adenosine deaminase
deficiency is corrected by gene therapy. J Clin Investig. 122, 2141-2152.
IF 13.069

93. Corrigan-Curay J., Cohen-Haguenauer O., O'Reilly M., Ross S.R., Fan
H., Rosenberg N., Somia N., King N., Friedmann T., Dunbar C., Aiuti A.,
Naldini L., Baum C., von Kalle C., Kiem H.P., Montini E., Bushman F.,
Sorrentino B.P., Carrondo M., Malech H., Gahrton G., Shapiro R., Wolff
L., Rosenthal E., Jambou R., Zaia J., and Kohn D.B. (2012). Challenges
in Vector and Trial Design using Retroviral vectors for Long Term Gene
Correction in Hematopoietic Stem Cell Gene Therapy: Summary of a
Symposium Sponsored by the NIH Office of Biotechnology Activities
and the EC DG-research NoE for the Advancement of Clinical Gene
Transfer and Therapy. Mol Ther. 20, 1084-1094. IF 6.873

94. Vago L., Oliveira G., Bondanza A., Noviello M., Solati C., Ghio D.,
Brigida 1., Greco R., Lupo Stanghellini M.T., Peccatori J., Fracchia S.,
Del Fiacco M., Traversari C., Aiuti A., Del Maschio A., Bordignon C.,
Ciceri F., and Bonini C. (2012). T cell suicide gene therapy prompts
thymic renewal in adults after hematopoietic stem cell transplantation.
Blood 120, 1820-30. IF 9.898

95. Hassan A., Booth C., Brightwell A., Allwood Z., Veys P., Rao K., Hoenig
M., Friedrich W., Gennery A.R., Slatter M., Bredius R., Finocchi A,
Cancrini C., Aiuti A., Lanfranchi A., Porta F., Ridella M., Graham
Steward C., Filipovich A., Marsh R., Bordon V., Al-Muhsen S., Al-Mousa
H., Alsum Z., Al-Dhekri H., Al Ghonaium A., Speckmann C., Fischer A.,
Mahlaoui N., Nichols K. E., Grunebaum E., Al Zaharani D., Roifman C.,
Boelens J.J, Davies E. G., Cavazzana-Calvo M., Notarangelo L., and
Gaspar H.B. (2012). Outcome of hematopoietic stem cell transplantation
for adenosine deaminase-deficient severe combined immunodeficiency.
Blood 120, 3615-24. IF 9.898

96. Aiuti A., Bacchetta R., Seger R., Villa A., Cavazzana-Calvo M. (2012)
Gene therapy for primary immunodeficiencies: Part 2 Curr. Opin.
Immunol., 24, 585-591. IF 9.522

97. Cavazzana-Calvo M., Fischer A., Hacein-Bey-Abina S., Aiuti A. (2012)
Gene of therapy for primary immunodeficiencies: Part 1. Curr. Opin.
Immunol. 24, 580-584. IF 9.522

98. Sauer AV, Brigida I, Carriglio N., Aiuti A. (2012) Autoimmune
dysregulation and purine metabolism in adenosine deaminase
deficiency. Front. Immunol. 3, 265. IF N.A.

99. Scaramuzza S., Biasco L., Ripamonti A., Castiello M.C., Loperfido M.,
Draghici E., Jofra Hernandez R., Benedicenti F., Radrizzani M.,
Salomoni M., Ranzani M., Bartholomae CC., Vicenzi E., Finocchi A.,
Bredius R., Bosticardo M., Schmidt M., von Kalle C., Montini E., Biffi A.,
Roncarolo M.G., Naldini L., Villa A., and Aiuti A. (2013). Preclinical
safety and efficacy on human CD34+ cells transduced with lentiviral
vector for the treatment of Wiskott-Aldrich Syndrome. Mol Ther. 21, 175-
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184. Epub 2012 Feb 28. IF 7.149

100. Prete F., Catucci M., Labrada M., Gobessi S., Castiello M.C., Bonomi
E., Aiuti A., Vermi W., Cancrini C., Metin A., Hambleton S., Bredius R.,
Notarangelo L.D., Van der Burg M., Kalinke U., Villa A., and Benvenuti
F. (2013). Wiskott-Aldrich syndrome protein-mediated actin dynamics
control type-l interferon production in plasmacytoid dendritic cells. J.
Exp. Med., 210, 355-374. IF 13.214

101. Goudy K., Aydin D., Barzaghi F., Gambinieri E., Vignoli M., Doglioni C.,
Ponzoni M., Cicalese M.P., Assanelli A., Tommasini A., Brigida I.,
Dellepiane R.M., Martino S., Olek S., Aiuti A., Ciceri F., and Roncarolo
M.G. (2013). Human IL2RA null mutation mediates immunodeficiency
with lymphoproliferation and autoimmunity. Clin Immunol., 146, 248-
261.IF 3.771

102. Salfa I., Cantarutti N., Angelino G., Matteo G.D., Capo V., Farinelli G.,
Cancrini C., Aiuti A., Palma P., and Finocchi A. (2013). Serratia
marcescens osteomyelitis in @ newborn with chronic granulomatous
disease. Pediatric Infect Dis J., 32: 926. IF 3.569

103. Aiuti A., Biasco L., Scaramuzza S., Ferrua F., Cicalese M.P., Baricordi
C., Dionisio F., Calabria A., Giannelli S.,.Castiello M.C, Bosticardo M.,
Evangelio C., Assanelli A., Casiraghi M., Di Nunzio S., Callegaro L.,
Benati C., Rizzardi P., Pellin D., Di Serio C., Schmidt M., Van Kalle C.,
Gardner J.,. Mehta N, Neduva V., Dow D.J., Galy A., Miniero R,
Finocchi A., Metin A., Banerjee P., Orange J., Galimberti S., Valsecchi
M.G., Biffi A., Montini E., Villa A., Ciceri F., Roncarolo M.G., and Naldini
L. (2013). Lentiviral hematopoietic stem cell gene therapy in patients
with Wiskott-Aldrich syndrome. Science 341(6148):1233151. Epub
2013 Jul 11. L.F. 31.207

104. Biffi A., Montini E., Lorioli L., Cesani M., Fumagalli F., Plati T., Baldoli
C., Martino S., Calabria A., Canale S., Benedicenti F., Vallanti
G., Biasco L., Leo S., Kabbara N., Zanetti G., Rizzo W.B., Mehta
N., Cicalese M.P., Casiraghi M., Boelens J.J., Del Carro U., Dow
D.J., Schmidt M., Assanelli A., Neduva V., Di Serio C., Stupka
E., Gardner J., Van Kalle C., Bordignon C., Ciceri F., Rovelli
A., Roncarolo M.G., Aiuti A., Sessa M. and Naldini L. (2013). Lentiviral
hematopoietic stem cell gene therapy benefits metachromatic
leukodystrophy. Science 341(6148):1233158. Epub 2013 Jul 11. L.F.
31.207

105. Aiuti A., Cossu G., de Felipe P., Galli M.C., Narayanan G., Renner M.,
Stahlbom A., Schneider C.K., and Voltz-Girolt C. The Committee for
Advanced Therapies' (CAT) reflection paper on management of clinical
risks deriving from insertional mutagenesis. (2013). Hum Gene Ther
Clin Dev. Jul 18. 24:47-54. |.F. 4.019

106. Castiello M.C., Bosticardo M., Pala F., Catucci M., Chamberlain N., van
Zelm M.C., Driessen G.J., Pac M., Bernatowska E., Scaramuzza S., Aiuti
A.,Sauer AV, Traggiai E., Meffre E., Villa A., van der Burg M. (2014).
Wiskott-Aldrich Syndrome protein deficiency perturbs the homeostasis of
B-cell compartment in humans. J Autoimmun. 50, 42-50. |.F. 8.41

107. Angelino G., Caruso R., D'Argenio P., Cald Carducci F.I., Pascone R.,
Lanciotti M., Cancrini C., Palma P., Aiuti A., Rossi P., and Finocchi A.
(2014). Etiology, clinical outcome, and laboratory features in children
with neutropenia: analysis of 104 cases. Pediatr Allergy Immunol. 25:
283-289. Epub 2013 Dec 10. IF 3.376

108. Brigida I., Sauer A.V., Ferrua F., Giannelli S., Scaramuzza S., Pistoia
V., Castiello M.C., Barendregt B.H., Cicalese M.P., Casiraghi M.,
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Brombin C., Puck J., Miller K., Notarangelo L.D., Montin D., van
Montfrans J.M., Roncarolo M.G., Traggiai E., van Dongen J.J.M., van
der Burg M., and Aiuti A. (2014). B-cell development and functions and
therapeutic options in adenosine deaminase deficient patients. J
Allergy Clin Immunol 133:799-806. Epub 2014 Feb 5. IF 11.248

109. Finocchi A., Claps A., Serafinelli J., Salfa I., Longo D., Di Matteo G.,
Aiuti A, and Rossi P. (2014). Chronic granulomatous disease
presenting with Salmonella brain abscesses. Pediatr Infect Dis J 33:
525-528. IF 3.135

110. Farinelli G., Capo V., Scaramuzza S., and Aiuti A. (2014). Lentiviral
vectors for the treatment of primary immunodeficiencies. J Inherit Metab
Dis. 37: 525-533. Epub 2014 Mar 12. IF 4.07

111. Cancrini C., Puliafito P., Digilio M.C., Soresina A., Martino S., Ruga
E.M., Rondelli R., Consolini R., Milanesi O., Cardinale F., Finocchi A.,
Romiti M.L., Martire B., Corsello G., Bacchetta R., Albano V., Pignata
C., Azzari C., Carotti A., Specchia F., Montin D.., Cirillo E., Cocchi G.,
Trizzino A., Bossi G., Aiuti A., Pietrogrande M.C., Marino B., Ugazio
A.G., Plebani A. and Rossi P. for the Italian Network for Primary
Immunodeficiencies (IPINET). (2014). Clinical features of a cohort of
22q11.2 deletion syndrome patients: an Italian multicenter study. J of
Pediatr 164, 1475-1480.e2. Epub 2014 Mar 20. IF 4.05

112. Chiriaco M., Farinelli G., Capo V., Di Matteo G., Zonari E., Scaramuzza
S., Sergi Sergi L., Migliavacca M.,Hernandez R.J., Bombelli F., Giorda
E., Kajaste-Rudnitski A., Trono D., Grez M., Rossi P., Finocchi A,
Naldini L., Gentner B., and Aiuti A. (2014). Dual-regulated lentiviral
vector for gene therapy of X-linked chronic granulomatosis. Mol
Therapy. 22, 1472-1483. Epub 2014 May 29. IF. 6.82

113. Sauer A.V.,Di Lorenzo B., Carriglio N., and Aiuti A. (2014). Progress in
gene therapy for primary immunodeficiencies using lentiviral vectors.
Curr Opin Allergy Clin Immunol. 14, 527-534. IF 3.659

114. Bosticardo M., Ferrua F., Cavazzana M., and Aiuti A. (2014). Gene
therapy for Wiskott Aldrich Syndrome. Curr Gene Ther. 14:413-421.
Epub 2014 Sep 17. IF 4.096

115. Biasco L., Scala S., Basso Ricci L., Dionisio F., Baricordi C., Calabria
A., Giannelli S., Cieri N., Barzaghi F., Pajno R., Al-Mousa H., Scarselli
A., Cancrini C., Bordignon C., Roncarolo M.G., Monti E., Bonini C., and
Aiuti A. (2015). In vivo tracking of T cells in humans unveils decade-long
survival and activity of genetically modified T memory stem cells. Sci
Transl Med. 7: 273ra13. |.F. 14.414

116. Castiello M.C., Scaramuzza S., Pala F., Ferrua F., Uva P., Brigida I.,
Sereni L., van den Burg M., Ottaviano G., Albert M.H., Roncarolo M.G.,
Naldini L., Aiuti A., and Bosticardo M. (2015). B-cell reconstitution after
lentiviral vector-mediated gene therapy in patients with Wiskott-Aldrich
syndrome. J Allergy Clin Immunol. 136, 692-702. Epub 2015 March 16.
l.F. 11.248

117. Cotugno N., Finocchi A., Cagigi A., Di Matteo G., Chiriaco M., Di Cesare
S., Rossi P., Aiuti A., Palma P., and Douagi . (2015). Defective B-cell
proliferation and maintenance of long-term memory in patients with
chronic granulomatous disease. J Allergy Clin Immunol. 135, 753-761.
Epub 2014 Aug 29. IF 11.248

118. Lorioli L., Cicalese M.P., Silvani P., Assanelli A., Salvo |., Mandelli A.,
Fumagalli F., Fiori R., Ciceri F., Aiuti A., Sessa M., Roncarolo M.G.,
Lanzani C., and Biffi A. (2015). Abnormalities of acid-base balance and
predisposition to metabolic acidosis in Metachromatic Leukodystrophy
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patients. Mol Genet Metab.115:48-52. Epub 2015 March 6. I.F. 2.827

119. Cicalese M.P., and Aiuti A. (2015). Clinical applications of gene therapy
for primary immunodeficiencies. Hum Gene Ther 26: 210-219. |.F. 3.623

120. Scarselli A., Di Cesare S., Capponi C., Romiti M.L., Di Matteo G.,
Simonetti A., Palma P., Finocchi A., Lucarelli B., Pinto R.M., Rana |,
Palumbo G., Caniglia M., Rossi P., Carsetti R., Cancrini C., and Aiuti A.
(2015). Longitudinal evaluation of immune reconstitution and B-cell
function after hematopoietic cell transplantation for primary
immunodeficiency. J Clin.Immunol.35:373-383. Epub 2015 April 15. L.F.
2.654

121. Di Cesare S., Puliafito P., Ariganello P., Marcovecchio G.E., Mandolesi
M., Capolino R., Digilio M.C., Aiuti A., Rossi P., and Cancrini C. (2015).
Autoimmunity and regulatory T cells in 22q11.2 deletion syndrome
patients. Pediat Allergy Immunol 26:591-594. Epub 2015 June
9.1.F.3.397

122. Pala F., Morbach H., Castiello M.C., Schickel J.N., Scaramuzza S.,
Chamberlain N., Cassani B., Glauzy S., Romberg N., Candotti F., Aiuti
A., Bosticardo M., Villa A., and Meffre E. (2015). Lentiviral-mediated
gene therapy restores B cell tolerance in Wiskott-Aldrich syndrome
patients. J Clin Invest. 125: 3941-3951. |.F. 13.262

123. Oliveira G., Ruggiero E., Stanghellini M.T., Cieri N., D'Agostino M.,
Fronza R., Lulay C., Dionisio F., Mastaglio S., Greco R., Peccatori J.,
Aiuti A., Ambrosi A., Biasco L., Bondanza A., Lambiase A., Traversari
C., Vago L., von Kalle C., Schmidt M., Bordignon C., Ciceri F., and
Bonini C. (2015). Tracking genetically engineered lymphocytes long-
term reveals the dynamics of T cell immunological memory. Sci Transl
Med. 7: 317ra198. |.F. 15.843

124. Scarselli A., Di Cesare S., Di Matteo G., De Matteis A., Ariganello P.,
Romiti M.L., Cascioli S., De Vito R., Bertaina A., Locatelli F., Gaspar
H.B., Aiuti A., Rossi P., Gilmour K., and Cancrini C. (2015). Combined
immunodeficiency due to JAK3 mutation in a child presenting with skin
granuloma. J Allergy Clin Immunol. S0091-6749 Epub 2015 November
3. L.LF. 11.476

125. Migliavacca M., Assanelli A., Ferrua F., Cicalese M.P., Biffi A., Frittoli M.,
Silvani P., Chidini G., Calderini E., Mandelli A., Camporesi A., Milani R.,
Farinelli G., Nicoletti R., Ciceri F., Bernardo M.E., and Aiuti A.(2016).
Pioglitazone as a novel therapeutic approach in Chronic Granulomatous
Disease. J Allergy Clin Immunol. 137: 1913-1915. Epub 2016 April 4. IF
(2015) 12.485

126. Brigida I., Scaramuzza S., Lazarevic D., Cittaro D., Ferrua F., Leonardelli
L., Alessio M., Forma O., Lanzani C., Viarengo G., Ciceri F., Jankovic M.,
Pesce F., Aiuti A., and Cicalese M.P. (2016). A novel genomic inversion in
Wiskott-Aldrich-associated autoinflammation. J Allergy Clin Immunol. 138:
619-622.e.7. Epub 2016 April 22. IF (2015) 12.485

127. Cicalese M.P., Ferrua F., Castagnaro L., Pajno R., Barzaghi F., Giannelli
S., Dionisio F., Brigida |., Bonopane M., Casiraghi M., Tabucchi A.,
Carlucci F., Grunebaum E., Adeli M., Bredius R.G., Puck J.M., Stepensky
P., Tezcan |., Rolfe K., De Boever E., Reinhardt R.R., Appleby J., Ciceri F.,
Roncarolo M.G., and Aiuti A.(2016). Update on the safety and efficacy of
retroviral gene therapy for immunodeficiency due to adenosine deaminase
deficiency. Blood. 128: 45-54. Epub April 29, 2016. IF (2015) 11.841

128. Biasco L., Pellin D., Scala S., Dionisio F., Basso-Ricci L.,Leonardelli L.,
Scaramuzza S., Baricordi C., Ferrua F., Cicalese M.P., Giannelli S.,
Neduva V., Dow D.J., Schmidt M., Von Kalle C.,Roncarolo M.G., Ciceri
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F., Vicard P., Wit E., Di Serio C., Naldini L., and Aiuti A. (2016). In vivo
tracking of human hematopoiesis reveals patterns of clonal dynamics
during early and steady-state seconstitution phases. Cell Stem Cell. 19:
107-119. Epub May 25, 2016. IF (2015) 22.387

129. Sessa M*, Lorioli L*, Fumagalli F, Acquati S, Redaelli D, Baldoli C,
Canale S, Lopez ID, Morena F, Calabria A, Fiori R, Silvani P, Rancoita
PM, Gabaldo M, Benedicenti F, Antonioli G, Assanelli A, Cicalese MP,
Del Carro U, Natali Sora MG, Martino S, Quattrini A, Montini E, Di Serio
C, Ciceri F, Roncarolo MG, Aiuti A, Naldini L, and Biffi A.(2016). Lentiviral
haemopoietic stem-cell gene therapy in early-onset metachromatic
leukodystrophy: an ad-hoc analysis of a non-randomised, open-label,
phase 1/2 trial. Lancet. 388: 476-487. Epub June 8, 2016. IF (2015)
44,002 *equal contribution

130. Magnani CF, Turazzi N, Benedicenti F, Calabria A, Tenderini E,
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Biondi A, and Biagi E. (2016). Immunotherapy of acute leukemia by
chimeric antigen receptor-modified lymphocytes using an improved
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June 13, 2016. IF (2015) 5.008

131. Aiuti A., and Naldini L. (2016). Safer conditioning for blood stem cell
transplants. Nat Biotechnol 34: 721-723. IF (2015) 43.113
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M,Brombin C, Pramov A, Serio CD, Bovolenta C, Gentner B, Bragonzi
A,and Aiuti A. (2016). Lentiviral vector gene therapy protects XCGD mice
from Acute Staphylococcus aureus pneumonia and inflammatory
response. Mol Ther. 24: 1873-1880. Epub July 26, 2016. IF (2015) 6.938

133. Ingo D.M., Redaelli D., Rossella V., Perini O., Santoleri L., Ciceri F., Aiuti
A., and Bernardo M.E. (2016). Bone marrow-derived CD34- fraction: A
rich source of mesenchymal stromal cells for clinical application.
Cytotherapy. 18: 1560-1563. Epub October 16, 2016. IF (2015) 3.625

134. Bertolotti M., Farinelli G., Galli M., Aiuti A., and Sitia R. (2016). AQP8
transports NOX2-generated H202 across the plasma membrane to
promote signaling in B cells. J Leukoc Biol. 100: 1071-1079. Epub June 2,
2016. IF (2015) 4.165

135. Bernardo M.E., and Aiuti A. (2016). The role of conditioning in
hematopoietic stem cell gene therapy. Hum Gene Ther. 27:741-748.
Epub August 16, 2016. IF (2015) 4.062

136. Stray-Pedersen A. °, Sgrmo Sorte H. *, Gambin T. , Samarakoon P. ,
Chinn 1.K., Coban Akdemir Z.H. , Erichsen H.C., Forbes LR. , Gu S. ,
Yuan B., Jhangiani S.N., Muzny D.M. , Radningen O.K., Sheng Y.,
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— genomic approaches delineate heterogeneous Mendelian disorders. J
Allergy Clin Immunol. 139: 232-245. Epub July 16,2016. IF (2016) 13.081

137. Brigida |, Chiriaco M, Di Cesare S, Cittaro D, Di Matteo G, Giannelli S,
Lazarevic D, Zoccolillo M, Stupka E, Jenkner A, Francalanci P, Livadiotti
S, Morawski A, Ravell J, Lenardo M, Cancrini C, Aiuti A, Finocchi A.
(2017). Large deletion of MAGT1 gene in a patient with classic Kaposi
Sarcoma, CD4 lymphopenia, and EBV infection. J Clin Immunol 37:32-35.
Epub October 21, 2016. IF (2016) 3.253

138. Speckmann C, Doerken S, Aiuti A, Albert MH, Al-Herz W, Allende LM,
Scarselli A, Avcin T, Perez-Becker R, Cancrini C, Cant A, Di Cesare S,
Finocchi A, Fischer A, Gaspar HB, Ghosh S, Gennery A, Gilmour K,
Gonzalez-Granado LI, Martinez-Gallo M, Hambleton S, Hauck F,
Hoenig M, Moshous D, Neven B, Niehues T, Notarangelo L, Picard C,
Rieber N, Schulz A, Schwarz K, Seidel MG, Soler-Palacin P, Stepensky
P, Strahm B, Vraetz T, Warnatz K, Winterhalter C, Worth A, Fuchs S,
Uhlmann A, Ehl' S; PCID-study of the Inborn Errors Working Party of the
EBMT. (2017). A prospective study on the natural history of patients
with profound combined immunodeficiency (P-CID): an interim analysis.
J Allergy Clin Immunol. 139: 1302-1310. Epub 2016 Sep 19. IF (2016)
13.081

139. Sauer AV, Hernandez RJ, Fumagalli F, Bianchi V, Poliani PL,
Dallatomasina C, Riboni E, Politi LS, Tabucchi A, Carlucci F, Casiraghi M,
Carriglio N, Cominelli M, Forcellini CA, Barzaghi F, Ferrua F, Minicucci F,
Medaglini S, Leocani L, la Marca G, Notarangelo LD, Azzari C, Comi G,
Baldoli C, Canale S, Sessa M, D'Adamo P, Aiuti A. (2017). Alterations in
the brain adenosine metabolism cause behavioral and neurological
impairment in ADA-deficient mice and patients. Sci Rep 7:40136. IF
(2016) 4.259

140. Carriglio N., Klapwijk J., Hernandez R.J., Vezzoli M., Chanut F., Lowe R.,
Elena D., Nord M., Albertini P., Cristofori P., Richards J., Staton H.,
Appleby J., Aiuti A.,and Sauer A.V. (2017). Good laboratory practice
preclinical safety studies for GSK2696273 (MLV vector-based ex
vivogene therapy for adenosine deaminase deficiency severe combined
immunodeficiency) in NSG mice. Hum Gene Ther Clin Dev. 28:17-27. IF
(2016) 2.490

141. Zonari E., Desantis G., Petrillo C., Boccalatte F.E., Lidonnici M.R.,
Kajaste-Rudnitski A., Aiuti A., Ferrari G., Naldini L., and Gentner B.
(2017). Efficient ex vivo engineering and expansion of highly purified
human hematopoietic stem and progenitor cell populations for gene
therapy. Stem Cell Reports. 8: 977-990. Epub March 13,2017. IF (2016)
7.338

142. Aiuti A., Roncarolo M.G. and Naldini L. (2017). Gene therapy for ADA-
SCID, the first marketing approval of an ex vivo gene therapy in Europe:
paving the road for the next generation of advanced therapy medicinal
products. EMBO Mol Med. 9: 737-740. Epub April 10, 2017. IF (2016)
9.249

143. Chiriaco M., Brigida |., Ariganello P., Di Cesare S., Di MAtteo G., Taus F.,
Cittaro D., Lazarevic D., Scarselli A., Santilli V., Attardi E., Stupka E.,
Giannelli S., Fraziano M., Finocchi A., Rossi P., Aiuti A., Palma P. and
Cancrini C. (2017). The case of an APDS patient: defects in maturation
and function and decreased in vitro anti-mycobacterial activity in the
myeloid compartment. Clin Immunol. 178, 20-28. Epub 2015 December
28. |.F. (2016) 3.990

144. Penati R.*, Fumagalli F.*, Calbi V., Bernardo M.E., and Aiuti A.
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(2017).Gene therapy for lysosomal storage disorders: recent advances
for metachromatic leukodystrophy and mucopolysaccaridosis I. (2017). J
Inherit Metab Dis. 40:543-554. * Epub 2017 May 30. *Equal contribution.
IF (2016) 3.970

145. Basso-Ricci L., Scala S., Milani R., Migliavacca M., Rovelli A., Bernardo
M.E., Ciceri F., Aiuti A., and Biasco L. (2017). Multiparametric Whole
Blood Dissection: A one-shot comprehensive picture of the human
hematopoietic system. Cytometry A. 91: 952-965. Epub June 13, 2017. IF
(2016) 3.222

146. Starc N., Ingo D., Conforti A., Rossella V., Tomao L., Pitisci A., De Mattia
F., Brigida 1., Algeri M., Montanari M., Giuseppe Palumbo G., Merli P.,
Rossi P., Aiuti A., Locatelli F., and Bernardo M.E. (2017). Biological and
functional characterization of bone marrow-derived mesenchymal stromal
cells from patients affected by primary immunodeficiency. Sci Rep.
7:8153. IF (2016) 4.259

147. Azario |., Pievani A., Del Priore F., Antolini L., Santi L., Corsi A.,
Cardinale L., Sawamoto K., Kubaski F., Gentner B., Bernardo M.E.,
Valsecchi M.G., Riminucci M., Tomatsu S., Aiuti A., Biondi A., and
Serafini M. (2017) Neonatal umbilical cord blood transplantation halts
skeletal disease progression in the murine model of MPS-I. Sci Rep. 7:
9473. IF (2016) 4.259

148. Maass P.G., Glazar P., Memczak S., Dittmar G., Hollfinger I., Schreyer L.,
Sauer A.V., Toka O., Aiuti A., Luft F.C., and Rajewsky N. (2017). A map
of human circular RNAs in clinically relevant tissues. J Mol Med (Berl).
95:1179-1189. IF (2016) 4.686

149. Ferrua F., and Aiuti A.(2017). Twenty-five years of gene therapy for ADA-
SCID: from bubble babies to an approved drug. Hum Gene Ther. 28:972-
981. IF (2016) 4.187

150. Maccari M.E., Scarselli A., Di Cesare S., Floris M., Angius A., Deodati A.,
Chiriaco M., Cambiaso P., Corrente S., Colafati G.S., Utz P.J., Angelini
F., Fierabracci A., Aiuti A., Carsetti R., Rosenberg J.M., Cappa M., Rossi
P., Bacchetta R., and Cancrini C. (2017). Severe Toxoplasma gondii
infection in @ member of a NFKB2-deficient family with T and B cell
dysfunction. Clin Immunol. 183:273-277. IF (2016) 3.990

151. Barzaghi F., Amaya Hernandez L.C., Neven B., Ricci S., Kucuk Z.Y.,
Bleesing J., Nademi Z., Slatter M.A., Ulloa E.R., Shcherbina A., Roppelt
A., Worth A., Silva J., Aiuti A., Murguia-Favela L., Speckmann C.,
Carneiro-Sampaio M., Fernandes J.F., Baris S., Ozen A., Karakoc-
Aydiner E., Kiykim A., Schulz A., Steinmann S., Notarangelo L.D.,
Gambineri E., Lionetti P., Shearer W.T., Forbes L., Martinez C., Moshous
D., Blanche S., Fisher A., Ruemmele F.M., Tissandier C., Ouachee-
Chardin M., Rieux-Laucat F., Cavazzana M., Qasim W., Lucarelli B.,
Albert M.H., Kobayashi I., Alonso L., Diaz De Heredia C., Kanegane H.,
Lawitschka A., Seo J.J., Gonzalez-Vicent M., Diaz M.A., Goyal RK.,
Sauer M.G., Yesilipek A., Kim M., Yilmaz-Demirdag Y., Bhatia M.,
Khlevner J., Richmond Padilla E.J., Martino S., Montin D., Neth O.,
Molinos-Quintana A., Valverde-Fernandez J., Broides A., Pinsk V.,
Ballauf A., Haerynck F., Bordon V., Dhooge C., Garcia-Lloret M.L.,
Bredius R.G., Katwak K., Haddad E., Seidel M.G., Duckers G., Pai S.Y.,
Dvorak C.C., Ehl S., Locatelli F., Goldman F., Gennery A.R., Cowan M.J.,
Roncarolo M.G., Bacchetta R.; PIDTC and IEWP of EBMT. (2018). Long-
term follow up of IPEX syndrome patients after different therapeutic
strategies: an international multicenter retrospective study. J Allergy Clin
Immunol. 41:1036-1049.e5. Epub 2017 Dec. 11. IF (2016) 13.081
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152. Cicalese M.P.Ferrua F., Castagnaro L., Rolfe K., De Boever E.
Reinhardt R.R., Appleby J., Roncarolo M.G., and Aiuti A. (2018). Gene
therapy for adenosine deaminase deficiency: a comprehensive evaluation
of short-and medium-term safety. Mol Ther. 26: 917-931.Epub 2018 Jan
4. 1F (2016) 6.688

153. Calbi V., Fumagalli F., Consiglieri G., Penati R., Acquati S., Redaelli D.,
Attanasio V., Facchini M., Cicalese M.P., Migliavacca M., Barzaghi F.,
Ferrua F., Assanelli A., Silvani P., Zoccolillo M., Chidini G., Chiesa R.,
Arora R., Ciotti F., Sarzana M., Antonioli G., Baldoli C., Morena F.,
Martino S., Ardissino G.L., Natali Sora M.G., Naldini L., Ciceri F., Aiuti A.,
and Bernardo M.E. (2018). Use of Defibrotide to help prevent post-
transplant endothelial injury in a genetically predisposed infant with
metachromatic leukodystrophy undergoing hematopoietic stem cell gene
therapy. Bone Marrow Transplant. 53: 913-917. Epub 2018 Jan 29. IF
(2016) 3.874

154. Chiriaco M., Casciano F., Di Matteo G., Gentner B., Claps A., Cotugno
N., Argenio P., Rossi P., Aiuti A., and Finocchi A. (2018). Impaired X-
CGD T cell compartment is gp91phox-NADPH oxidase independent. Clin
Immunol. 93:52-59. Epub 2018 Feb 2. IF (2016) 3.990

155. Sereni L., Castiello M.C., Marangoni F., Anselmo A., di Silvestre D., Motta
S., Draghici E., Mantero S., Thrasher A.J., Giliani S., Aiuti A., Mauri P.,
Notarangelo L.D., Bosticardo M., and Villa A. (2018). Autonomous role of
Wiskott-Aldrich Syndrome platelet deficiency in inducing autoimmunity
and inflammation. J Allergy Clin Immunol. 142:1272-1284. Epub 2018
Feb. 5. IF (2016) 13.081

156. Cervantes-Luevano K.E., Caronni N., Castiello M.C., Fontana E., Piperno
G., Naseem A., Uva P., Bosticardo M., Marcovecchio G.E., Notarangelo
L.D., Cicalese M.P., Aiuti A, Villa A., and Benvenuti F. (2018).
Neutrophils drive type-l interferon production and autoantibodies in
Wiskott-Aldrich syndrome. J Allergy Clin Immunol. 142:1605-1617.e4.
Epub 2018 Feb. 12. IF (2016) 13.081

157. Migliavacca M., Assanelli A., Ponzoni M., Pajno R., Barzaghi F., Giglio F.,
Ferrua F., Frittoli M., Brigida I., Dionisio F., Nicoletti R., Casiraghi M.,
Roncarolo M.G., Doglioni C., Peccatori J., Ciceri F., Cicalese M.P., and
Aiuti A. (2018). First occurrence of plasmablastic lymphoma in Adenosine
Deaminase-Deficient Severe Combined Immunodeficiency Disease
patient and review of the literature. Front Immunol. 2018 Feb 2;9:113. IF
(2016) 6.429

158. Maccari M.E., Abolhassani H., Aghamohammadi A., Aiuti A., Aleinikova
0., Bangs C., Baris S., Barzaghi F., Baxendale H., Buckland M., Burns
S.0., Cancrini C., Cant A., Cathébras P., Cavazzana M., Chandra A.,
Conti F., Coulter T., Devlin L.A., Edgar J.D.M., Faust S., Fischer A., Prat
M.G., Hammarstrom L., Heeg M., Jolles S., Karakoc-Aydiner E., Kindle
G., Kiykim A., Kumararatne D., Grimbacher B., Longhurst H., Mahlaoui
N., Milota T., Moreira F., Moshous D., Mukhina A., Neth O., Neven B.,
Nieters A., Olbrich P., Ozen A., Schmid J.P., Picard C., Prader S., Rae
W., Reichenbach J., Rusch S., Savic S., Scarselli A., Scheible R., Sediva
A., Sharapova S.0O., Shcherbina A., Slatter M., Soler-Palacin P., Stanislas
A., Suarez .F, Tucci F., Uhlmann A., van Montfrans J., Warnatz K.,
Williams A.P., Wood P., Kracker S., Condliffe A.M., and EhI S. (2018).
Disease Evolution and Response to Rapamycin in Activated
Phosphoinositide 3-Kinase & Syndrome: The European Society for
Immunodeficiencies-Activated Phosphoinositide 3-Kinase & Syndrome
Registry. Front Immunol. 2018 Mar 16;9:543. IF (2016) 6.429
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159. Stirnadel-Farrant H., Kudari M., Garman N., Imrie J., Chopra B., Giannelli
S., Gabaldo M., Corti A., Zancan S., Aiuti A., Cicalese M.P., Batta R.,
Appleby J., Davinelli M., Ng P. (2018). Gene therapy in rare diseases: the
benefits and challenges of developing a patient-centric registry for
Strimvelis in ADA-SCID. Orphanet J Rare Dis. 13:49. IF (2016): 3.478

160. Tucci F., Calbi V., Barzaghi F., Migliavacca M., Ferrua F., Bernardo M.E.,
Canarutto D., Consiglieri G., Recupero S., Calzatini F., Gabaldo M.,
Lucano C., Casiraghi M., Darin S., Dionisio F., Marktel S., Cestone E.,
Finazzi R., Mieli-Vergani G., Boeri E., Appleby J., Abd Elaziz D., Ciceri F.,
Aiuti A., and Cicalese M.P. (2018). Successful treatment with Harvoni® in
an ADA-SCID infant with HCV infection allowed gene therapy with
Strimvelis®. Hepatology. 68: 2434-2437. Epub 2018 Jul 16. IF (2017):
14.079

161. Di Matteo G., Chiriaco M., Scarselli A., Cifaldi C., Livadiotti S., Di Cesare
S., Ferradini V., Aiuti A., Rossi P., Finocchi A., and Cancrini C. (2018).
JAK3 mutations in ltalian patients affected by SCID: New molecular
aspects of a long-known gene. Mol Genet Genomic Med. 6:713-721.
Epub 2018 Jul 21. IF (2017): 2.695

162. Cicalese M.P., Gerosa J., Baronio M., Montin D., Licciardi F., Soresina A.,
Dellepiane R.M., Miano M., Baselli L.A., Volpi S., Dufour C., Plebani A.,
Aiuti A., Lougaris V., and Fousteri G. (2018). Circulating follicular helper
and follicular regulatory T cells are severely compromised in human
CDA40 deficiency: a case report. Front Immunol. 9:1761. IF (2017): 5.511

163. Casrouge A., Sauer A.V., Barreira da Silva R., Tejera-Alhambra M.,
Sanchez-Ramon S., ICAReB, Cancrini C., Ingersoll M.A., Aiuti A., and
Albert M.L.(2018). Lymphocytes are a major source of circulating soluble
dipeptidyl peptidase 4. Clin Exp Immunol. 194:166-179. Epub 2018 Sep
24. Review. IF (2017): 3.542

164. Brigida ., Zoccolillo M., Cicalese M.P., Pfajfer L., Barzaghi F., Serena
Scala S., Oleaga-Quintas C., Alvarez J.A., Sereni L., Giannelli S.,
Sartirana C., Dionisio F., Pavesi L., Benavides-Nieto M., Basso-Ricci L.,
Capasso P., Mazzi B., Rosain J., Marcus N., Lee Y.N., Somech R,
Degano M., Raiola G., Caorsi R, Picco P., Moncada Velez M., Khourieh
J., Arias AA., Bousfiha A., Issekutz T., Issekutz A., Boisson B., Kerry
Dobbs K., Anna Villa A., Lombardo A., Neven B., Moshous D., Casanova
J-L., Franco J.L., Notarangelo L.D., Scielzo C., Volpi S., Dupré L.,
Bustamante J., Gattorno M., and Aiuti A. (2018). T cell defects in patients
with  ARPC1B germline mutations account for their combined
immunodeficiency. Blood. 132:2362-2374. Epub 2018 Sep 25. IF (2017):
15.132

165. Scala S., Basso-Ricci L., Dionisio F., Pellin D., Giannelli S., Salerio F.A.,
Leonardelli L., Cicalese M.P., Ferrua F., Aiuti A.*, and Biasco L.*(2018).
Dynamics of hematopoietic stem/progenitor cells after autologous
transplantation in humans. Nat Med. 24:1683-1690. Epub 2018 Oct 1. *
Equal author contribution. IF (2017): 32.621

166. Fraldi A., Serafini M., Sorrentino N.C., Gentner B., Aiuti A., and Bernardo
M.E.(2018). Gene therapy for mucopolysaccharidoses: in vivo and ex vivo
approaches. Ital J Pediatr. 44(Suppl 2):130. Review. IF (2017): 1.776

167. Cifaldi C., Ferrua F., Aiuti A., and Cancrini C. (2018). Hematopoietic stem
cell gene therapy for the cure of blood diseases: primary
immunodeficiencies. Rendiconti Lincei 29 (4): 755-764. IF (2017): 0.986

168. Cifaldi C., Serafinelli J., Petricone D., Brigida I., Di Cesare S., Di Matteo
G., Chiriaco M., De Vito R., Palumbo G., Rossi P., Palma P., Cancrini C.,
Aiuti A., and Finocchi A.(2019). Next-Generation Sequencing Reveals A
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JAGN1 Mutation in @ Syndromic Child With Intermittent Neutropenia. J
Pediatr Hematol Oncol. 41:266-e269. IF (2017): 1.060

169. Kohn D.B., Hershfield M.S., Puck J.M., Aiuti A., Blincoe A., Gaspar H.B.,
Notarangelo L.D.,and Grunebaum E. (2019). Consensus approach for the
management of severe combined immune deficiency caused by
adenosine deaminase deficiency. J Allergy Clin Immunol. 143: 852-863.
Epub 2018 Sep 5. IF (2017): 13.258

170. Marktel S., Scaramuzza S., Cicalese M.P., Giglio F., Galimberti S.,
Lidonnici M.R., Calbi V., Assanelli A., Bernardo M.E., Rossi C., Calabria
A., Milani R., Gattillo S., Benedicenti F., Spinozzi G., Aprile A., Bergami
A., Casiraghi M., Consiglieri G., Masera N., D'Angelo E., Mirra N., Origa
R., Tartaglione I., Perrotta S., Winter R., Coppola M., Viarengo G.,
Santoleri L., Graziadei G., Gabaldo M., Valsecchi M.G., Montini E.,
Naldini L., Cappellini M.D., Ciceri .F, Aiuti A., and Ferrari G. (2019).
Intrabone hematopoietic stem cell gene therapy for adult and pediatric
patients affected by transfusion-dependent R-thalassemia. Nat
Med.25:234-241. IF (2017): 32.621

171. Barzaghi F., Minniti F., Mauro M., Bortoli M., Balter R., Bonetti E.,
Zaccaron A., Vitale V., Omrani M., Zoccolillo M., Brigida I., Cicalese M.P.,
Degano M., Hershfield M.S., Aiuti A., Bondarenko A.V., Chinello M., and
Cesaro S. (2019). ALPS-Like phenotype caused by ADA2 deficiency
rescued by allogeneic hematopoietic stem cell transplantation. Front
Immunol. 9:2767. IF (2017): 5.511

172. Volpi S., Cicalese M.P., Tuijnenburg P., Tool A.T.J., Cuadrado E.,
Ahanchian H., Alzyoud R., Akdemir Z.C., Barzaghi F., Blank A., Boisson
B., Bottino C., Caorsi R., Casanova J.L., Chiesa S., Chinn I.K., Dlckers
G., Enders A., Erichsen H.C., Forbes L.R., Gambin T., Gattorno M.,
Karimiani E.G., Giliani S., Gold M.S., Abu-Halaweh M., Brigida I.,
Jacobsen E.M., Jansen M.H., King J.R., Laxer R.M., Lupski J.R., Mace
E., Marcenaro S., Maroofian R., Meijer A.B., Niehues T., Notarangelo
L.D., Orange J., Pannicke U., Pearson C., Picco P., Quinn P.J., Schulz
A., Seeborg F., Stray-Pedersen A., Tawamie H., van Leeuwen E.M.M.,
Aiuti A., Yeung R., Schwarz K., and Kuijpers T.W. (2019). A combined
immunodeficiency with severe infections, inflammation and allergy
caused by ARPC1B deficiency. J Allergy Clin Immunol. 143 :2296-2299.
Epub 2019 February 13. IF (2017): 13.258

173. Chiriaco M., Di Matteo G., Conti F., Petricone D., De Luca M., Di Cesare
S., Cifaldi C., De Vito R., Zoccolillo M., Serafinelli J., Poerio N., Fraziano
M., Brigida I., Cardinale F., Rossi P., Aiuti A., Cancrini C., and Finocchi A.
(2019). First case of patient with two homozygous mutations in MYD88
and CARD9 genes presenting with pyogenic bacterial infections, elevated
IgE, and persistent EBV viremia. Front Immunol. 2019 Feb 14;10:130.
eCollection 2019. IF (2017): 5.511

174. Crippa S., Rossella V., Aprile A., Silvestri L., Rivis S., Scaramuzza S.,
Pirroni S., Avanzini M.A., Basso-Ricci L., Hernandez R.J., Zecca M.,
Marktel S., Ciceri F., Aiuti A., Ferrari G., and Bernardo M.E. (2019). Bone
marrow stromal cells from [-thalassemia patients have impaired
hematopoietic supportive capacity. J Clin Invest. 129:1566-1580.
eCollection 2019 Feb 25. IF (2017): 13.251

175. Sereni L., Castiello M.C., Di Silvestre D., Della Valle P., Brombin C.,
Ferrua F., Cicalese M.P., Pozzi L., Migliavacca M., Bernardo M.E.,
Pignata C., Farah R., Notarangelo L.D., Marcus N., Cattaneo L., Spinelli
M., Giannelli S., Bosticardo M., van Rossem K., D'Angelo A., Aiuti A.,
Mauri P., and Villa A. (2019). Lentiviral gene therapy corrects platelet
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phenotype and function in Wiskott-Aldrich patients. J Allergy Clin
Immunol. In press. Epub 2019 March 26. IF (2017): 13.258

176. Ferrua F. *, Cicalese M.P.*, Galimberti S., Giannelli S., Dionisio F.,
Barzaghi F., Migliavacca M., Bernardo M.E., Calbi V., Assanelli A.A.,
Facchini M., Fossati C., Albertazzi E., Scaramuzza S., Brigida |., Scala
S., Basso-Ricci L., Pajno R., Casiraghi M., Canarutto D., Salerio F. A.,
Albert M. H., Bartoli A., Wolf H.M., Fiori R., Silvani P., Gattillo S., Villa A.,
Biasco L., Dott C., Culme-Seymour E.J., van Rossem K., Atkinson G.,
Valsecchi M.G., Roncarolo M.G., Ciceri F., Naldini L., and Aiuti A. (2019) .
Lentiviral haematopoietic stem/progenitor cell gene therapy for the
treatment of Wiskott-Aldrich syndrome: interim results of a non-
randomized, open-label, phase 1/2 clinical study. Lancet Hematology. 6:
€239-e253. Epub 2019 April 10. IF (2017): 10.698

177. Cifaldi C., Brigida I., Barzaghi F., Zoccolillo M., Ferradini V., Petricone D.,
Cicalese M.P., Lazarevic D., Cittaro D., Omrani M., Attardi E., Conti F.,
Scarselli A., Chiriaco M., Di Cesare S., Licciardi F., Davide M., Ferrua F.,
Canessa C., Pignata C., Giliani S., Ferrari S., Fousteri G., Barera G.,
Merli P., Palma P., Cesaro S., Gattorno M., Trizzino A., Moschese V.,
Chini L., Villa A., Azzari C., Finocchi A., Locatelli F., Rossi P., Sangiuolo
F., Aiuti A, Cancrini C., and Di Matteo G. (2019). Targeted NGS
Platforms for Genetic Screening and Gene Discovery in Primary
Immunodeficiencies. Front Immunol. 10:316. IF (2017): 5.511

178. Squeri G., Passerini L., Ferro F., Laudisa C., Tomasoni D., Deodato F.,
Donati M.A., Gasperini S., Aiuti A., Bernardo M.E., Gentner B., Naldini L.,
Annoni A., Biffi A., and Gregori S. (2019). Targeting a pre-existing anti-
transgene T Cell response for effective Gene Therapy of MPS-I in the
mouse model of the disease. Mol Ther. Epub 2019 April 19. IF (2017):
7.008

179. Tucci F., Frittoli M., Barzaghi F., Calbi V., Migliavacca M., Ferrua F.,
Fumagalli F., Lorioli L., Castagnaro L., Facchini M., Fossati C., Zancan
S., Massariello P., Manfredini M., Consiglieri G., Canarutto D., Recupero
S., Calzatini F., Casiraghi M., Darin S., Antonioli G., Miniero R., Fiori R.,
Silvani P., Zambelli M., Marktel S., Gattillo S., Milani R., Santoleri L.,
Ciceri F., Biffi A., Cicalese M.P., Bernardo M.E., and Aiuti A. (2019). Bone
marrow harvesting from paediatric patients undergoing haematopoietic
stem cell gene therapy. Bone Marrow Transplant. Epub 2019 May 31. IF
(2017): 4.497

180. De Luca M., Aiuti A., Cossu G., Parmar M., Pellegrini G., and Robey PG.
(2019). Advances in stem cell research and therapeutic development. Nat
Cell Biol. 21:801-811. Epub 2019 Jun 17. Review. IF (2018): 40.615

181. Scala S., and Aiuti A. (2019). In vivo dynamics of human hematopoietic
stem cells: novel concepts and future directions. Blood Adv. 3:1916-1924.
Review. IF (2018): NA

182. Cirillo E., Cancrini C., Azzari C., Martino S., Martire B., Pession A.,
Tommasini A., Naviglio S., Finocchi A., Consolini R., Pierani P., D'Alba .,
Putti M.C., Marzollo A., Giardino G., Prencipe R., Esposito F., Grasso F.,
Scarselli A., Di Matteo G., Attardi E., Ricci S., Montin D., Specchia F,
Barzaghi F., Cicalese M.P., Quaremba G., Lougaris V., Giliani S.,
Locatelli F., Rossi P., Aiuti A., Badolato R., Plebani A., and Pignata
C.(2019). Clinical, immunological, and molecular features of typical and
atypical Severe Combined Immunodeficiency: report of the Italian Primary
Immunodeficiency Network. Front Immunol. 10:1908. IF (2018): 5.511

183. Lam M., Coppola S., Krumbach O., Prencipe G., Insalaco A., Cifaldi C.,
Brigida I., Zara E., Scala S., Di Cesare S., Martinelli S., Di Rocco M.,
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Pascarella A., Niceta M., Pantaleoni F., Ciolfi A., Netter P., Carisey A.,
Diehl M., Akbarzadeh M., Conti F., Merli P., Pastore A., Levi Mortera S.,
Camerini S., Farina L., Buchholzer M., Pannone L., Cao T., Coban-
Akdemir Z., Jhangiani S., Muzny D., Gibbs R., Basso-Ricci L., Chiriaco
M., Dvorsky R., Putignani L., Carsetti R., Janning P., Stray-Pedersen A.,
Erichsen H.C., Horne A., Bryceson Y., Torralba-Raga L., Ramme K.,
Rosti V., Bracaglia C., Messia V., Palma P., Finocchi A., Locatelli F.,
Chinn |., Lupski J., Mace E., Cancrini C., Aiuti A., Ahmadian M., Orange
J., De Benedetti F., and Tartaglia M. (2019). A novel disorder involving
dyshematopoiesis, inflammation and HLH due to aberrant CDC42
function. J Exp Med. Epub 2019 Oct.10. IF (2018): 10.892

184. Staal F.J.T., Aiuti A., and Cavazzana M. (2019).Autologous Stem-Cell-
Based Gene Therapy for Inherited Disorders: State of the Art and
Perspectives. Front Pediatr.7:443. eCollection 2019. Review. IF (2018):
1.692

185. De Leo P., Gazzurelli L., Baronio M., Montin D., Di Cesare S., Giancotta
C., Licciardi F., Cancrini C., Aiuti A., Plebani A., Cicalese M.P., Lougaris
V., and Fousteri G. (2020). NFKB2 regulates human Tth and Tfr pool
formation and germinal center potential. Clin Immunol. Jan;210:108309.
Epub 2019 Nov 18;210:108309. IF (2018): 3.548

186. Vecchione A., Di Fonte R., Gerosa J., Jofra T., Cicalese M.P., Napoleone
V., Ippolito E., Galvani G., Ragogna F., Stabilini A., Bianconi E., Grogan
P., Bonura C., Bonfanti R., Frontino G., Nano R., Melzi R., De Pellegrin
M., Laurenzi A., Meschi F., Barera G., Rigamonti A., Indirli R., Bosi E.,
Piemonti L., Aiuti A., Battaglia M., and Fousteri G. (2020). Reduced PD-1
expression on circulating follicular and conventional FOXP3* Treg cells in
children with new onset type 1 diabetes and autoantibody-positive at-risk
children. Clin Immunol. Feb;211:108319. Epub 2019 Nov 30;211:108319.
IF (2018): 3.548

187. Gregori S., and Aiuti A. (2020). Intrathymic delivery a new route for
adenoviral-associated vector gene therapy. J Allergy Clin Immunol. 145:
499-501Epub 2019 Dec 9. IF (2018): 14.110

188. Pulvirenti F., Sangerardi M., Plebani A., Soresina A., Finocchi A., Pignata
C., Cirillo E., Trizzino A., Aiuti A., Migliavacca M., Locatelli F., Bertaina A.,
Naviglio S., Carrabba M., De Carli M., Barbaro M.G.F., Gattorno M.,
Quinti I, and Martire B. (2019). Health-Related Quality of Life and
Emotional Difficulties in Chronic Granulomatous Disease: Data on Adult
and Pediatric Patients from ltalian Network for Primary Immunodeficiency
(IPINet). J Clin Immunol. 40:289-298. Epub 2019 Dec 20. IF (2018):
4128

189. Passerini L., Barzaghi F., Curto R., Sartirana C., Barera G., Tucci F.,
Albarello L., Mariani A., Testoni P.A., Bazzigaluppi E., Bosi E.,
Lampasona V., Neth O., Zama D., Hoenig M., Schulz A., Seidel M.G.,
Rabbone I., Olek S., Roncarolo M.G., Cicalese M.P., Aiuti A., and
Bacchetta R. (2020). Treatment with Rapamycin Can Restore Regulatory
T Cell Function in IPEX Patients. J Allergy Clin Immunol. Epub 2019 Dec
21.1F (2018): 14.110

190. Hong X., Kumar A.B., Daiker J., Yi F., Sadilek M., De Mattia F., Fumagalli
F., Calbi V., Damiano R., Bona M.D., la Marca G., Vanderver A.L.,
Waldman A.T., Adang L., Sherbini O., Woidill S., Suhr T., Kurtzberg J.,
Beltran-Quintero M.L., Escolar M., Aiuti A, and Gelb M.H. (2020).
Leukocyte and Dried Blood Spot Arylsulfatase A Assay by Tandem Mass
Spectrometry. Anal Chem. 92(9):6341-6348. 92(9):6341-6348. Epub
2020 Jan 10. IF (2018): 6.350
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191. Capo V., Penna S., Merelli |., Barcella M., Scala S., Basso-Ricci L.,
Draghici E., Palagano E., Zonari E., Desantis G., Uva P., Cusano R.,
Sergi Sergi L., Crisafulli L., Moshous D., Stepensky P., Drabko K., Kaya
Z., Unal E., Gezdirici A., Menna G., Serafini M., Aiuti A., Locatelli S.L.,
Carlo-Stella C., Schulz A.S., Ficara F., Sobacchi C., Gentner B., and Villa
A. (2020). Expanded circulating hematopoietic stem/progenitor cells as
novel cell source for the treatment of TCIRG1 osteopetrosis.
Haematologica. Epub 2020 Jan 16. IF (2018): 7.570

192. Ottaviano G., Gerosa J., Santini M., De Leo P., Vecchione A., Jofra T.,
Trimarchi C., De Pellegrin M., Agosti M., Aiuti A., Marinoni M., Cicalese
M.P., and Fousteri G. (2020). A Prevalent CXCR3* Phenotype of
Circulating Follicular Helper T Cells Indicates Humoral Dysregulation in
Children with Down Syndrome. J Clin Immunol. 40:447-455. Epub 2020
Jan 28. IF(2018): 4.128

193. Cicalese M.P, and Aiuti A. (2020). New perspectives in gene therapy for
inherited disorders. Pediatr Allergy Immunol. 2020 31 Suppl 24:5-7. IF
(2018): 4.654

194. Pajno R., Pacillo L., Recupero S., Cicalese M.P., Ferrua F., Barzaghi F.,
Ricci S., Marzollo A., Pecorelli S., Azzari C., Finocchi A., Cancrini C., Di
Matteo G., Russo G., Alfano M., Lesma A., Salonia A., Adams S., Booth
C., and Aiuti A. (2020). Urogenital abnormalities in Adenosine Deaminase
Deficiency. J Clin Immunol. 40:610-618. IF(2018): 4.128

195. Ferrua F., Marangoni F., Aiuti A., and Roncarolo M.G. (2020). Gene
therapy for Wiskott-Aldrich syndrome: History, new vectors, future
directions. J Allergy Clin Immunol. 146:262-265. Epub 2020 Jul 2. IF
(2018): 14.110

196. Cirillo E., Giardino G., Ricci S., Moschese V., Lougaris V., Conti F., Azzari
C.., Barzaghi F, Canessa C., Martire B., Badolato R., Dotta L., Soresina
A., Cancrini C., Finocchi A., Montin D., Romano R., Amodio D., Ferrua F.,
Tommasini A., Baselli L.A., Dellepiane R.M., Polizzi A., Chessa L.,
Marzollo A., Cicalese M.P., Putti M.C., Pession A., Aiuti A., Locatelli F.,
Plebani A., and Pignata C.(2020). Consensus of the Italian Primary
Immunodeficiency Network on transition management from pediatric to
adult care in patients affected with childhood-onset inborn errors of
immunity. J Allergy Clin Immunol. 146:967-983. Epub 2020 Aug 19. IF
(2018): 14.110

197. Bastard P., Rosen L.B., Zhang Q., Michailidis E., Hoffmann H.H., Zhang
Y., Dorgham K., Philippot Q., Rosain J., Béziat V., Manry J., Shaw E.,
Haljasmagi L., Peterson P., Lorenzo L., Bizien L., Trouillet-Assant S.,
Dobbs K., de Jesus A.A., Belot A., Kallaste A., Catherinot E., Tandjaoui-
Lambiotte Y., Le Pen J., Kemer G., Bigio B., Seeleuthner Y., Yang R.,
Bolze A., Spaan A.N., Delmonte O.M., Abers M.S., Aiuti A., Casari G.,
Lampasona V., Piemonti L., Ciceri F., Bilguvar K., Lifton R.P., Vasse M.,
Smadja D.M., Migaud M., Hadjadj J., Terrier B., Duffy D., Quintana-Murci
L., van de Beek D., Roussel L., Vinh D.C., Tangye S.G., Haerynck F.,
Dalmau D.., Martinez-Picado J., Brodin P., Nussenzweig M.C., Boisson-
Dupuis S., Rodriguez-Gallego C., Vogt G., Mogensen T.H., Oler A.J., Gu
J., Burbelo P.D., Cohen J.I., Biondi A., Bettini L.R., D'Angio M., Bonfanti
P., Rossignol P., Mayaux J., Rieux-Laucat F., Husebye E.S., Fusco F.,
Ursini M.V., Imberti L., Sottini A., Paghera S., Quiros-Roldan E., Rossi C.,
Castagnoli R., Montagna D., Licari A., Marseglia G.L., Duval X., Ghosn J.;
HGID Lab; NIAID-USUHS Immune Response to COVID Group; COVID
Clinicians; COVID-STORM Clinicians; Imagine COVID Group; French
COVID Cohort Study Group; Milieu Intérieur Consortium; CoV-Contact
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Cohort; Amsterdam UMC Covid-19 Biobank; COVID Human Genetic
Effort, Tsang J.S., Goldbach-Mansky R., Kisand K., Lionakis M.S., Puel
A., Zhang S.Y., Holland S.M., Gorochov G., Jouanguy E., Rice C.M.,
Cobat A., Notarangelo L.D., Abel L., Su H.C., and Casanova J.L.(2020).
Autoantibodies against type | IFNs in patients with life-threatening
COVID-19. Science. 2020 Oct 23;370(6515):eabd4585. Epub 2020 Sep
24.1F (2018): 41.063

198. Cenciarelli S, Calbi V, Barzaghi F, Bernardo ME, Oltolini C, Migliavacca
M, Gallo V, Tucci F, Fraschetta F, Albertazzi E, Fratini ES, Consiglieri G,
Giannelli S, Dionisio F, Sartirana C, Racca S, Camesasca C, Peretto G,
Daverio R, Esposito A, De Cobelli F, Silvani P, Rabusin M, Cara A,
Trabattoni D, Dispinseri S, Scarlatti G, Piemonti L, Lampasona V,
Cicalese MP, Aiuti A, Ferrua F. (2020). Mild SARS-CoV-2 Infection After
Gene Therapy in a Child With Wiskott-Aldrich Syndrome: A Case Report.
Front Immunol. 11:603428. Epub 2020 Nov 24. IF (2018): 4.716

199. Lougaris V., Pession A., Baronio M., Soresina A., Rondelli R., Gazzurelli
L., Benvenuto A., Martino S., Gattorno M., Biondi A., Zecca M., Marinoni
M., Fabio G., Aiuti A., Marseglia G., Putti M.C., Agostini C., Lunardi C.,
Tommasini A., Bertolini P., Gambineri E., Consolini R., Matucci A., Azzari
C., Danieli M.G., Paganelli R., Duse M., Cancrini C., Moschese V.,
Chessa L., Spadaro G., Civino A., Vacca A., Cardinale F., Martire B.,
Carpino L., Trizzino A., Russo G., Cossu F., Badolato R., Pietrogrande
M.C., Quinti I., Rossi P., Ugazio A., Pignata C., and Plebani A.(2020).
The ltalian Registry for Primary Immunodeficiencies (Italian Primary
Immunodeficiency Network; IPINet): Twenty Years of Experience (1999-
2019). J Clin Immunol. 40:1026-1037. Epub 2020 Aug 15. IF (2018):
4128

200. Morena F., Argentati C., Acquati S., DeWall S., Kelly F., Calbi V.,
Fumagalli F., Zancan S., Biffi A., Aiuti A., and Martino S. (2021). Toward
Reference Intervals of ARSA Activity in the Cerebrospinal Fluid:
Implication for the Clinical Practice of Metachromatic Leukodystrophy. J
Appl Lab Med. 6: 354-366. Epub 2020 Sep 10. IF (2019): N.A.

201. Jofra Hernandez R., Calabria A., Sanvito F., De Mattia F., Farinelli G.,
Scala S., Visigalli ., Carriglio N., De Simone M., Vezzoli M., Cecere F.,
Migliavacca M., Basso-Ricci L., Omrani M., Benedicenti F., Norata R.,
Rancoita P.M.V., Di Serio C., Albertini P., Cristofori P., Naldini L., Gentner
B., Montini E., Aiuti A., and Mortellaro A. (2021). Hematopoietic Tumors in
a Mouse Model of X-linked Chronic Granulomatous Disease after
Lentiviral Vector-Mediated Gene Therapy. Mol Ther. 29: 86-102. Epub
2020 Sep 23. IF (2019): 8.986

202. Meyts I., Bucciol G., Quinti I., Neven B., Fischer A., Seoane E., Lopez-
Granados E., Gianelli C., Robles-Marhuenda A., Jeandel P.Y., Paillard
C., Sankaran V.G., Demirdag Y.Y., Lougaris V., Aiuti A., Plebani A., Milito
C., Dalm V.A., Guevara-Hoyer K., Sanchez-Ramon S., Bezrodnik L.,
Barzaghi F., Gonzalez-Granado L.|., Hayman G.R., Uzel G., Mendonga
L.O., Agostini C., Spadaro G., Badolato R., Soresina A., Vermeulen F.,
Bosteels C., Lambrecht B.N., Keller M., Mustillo P.J., Abraham R.S.,
Gupta S., Ozen A., Karakoc-Aydiner E., Baris S., Freeman A., Yamazaki-
Nakashimada M., Scheffler-Mendoza S., Espinosa-Padilla S., Gennery
AR., Jolles S., Espinoza Y., Poli M.C., Fieschi C., Hauck F.,
Cunningham-Rundles C., Mahlaoui N.; IUIS Committee of Inborn Errors
of Immunity, Warnatz K., Sullivan K.E., and Tangye S.G.(2021).
Coronavirus Disease 2019 in patients with inborn errors of immunity: an
international study. J Allergy Clin Immunol. 147: 520-531. Epub 2020 Sep
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24.1F (2019): 10.228

203. Tucci F., Scaramuzza S., Aiuti A., and Mortellaro A. (2021). Update on
clinical ex vivo hematopoietic stem cell gene therapy for inherited
monogenic diseases. Review. Mol Ther. 29: 489-504. Epub 2020 Nov 19.
IF (2019): 8.986

204. Ferrari G., Thrasher A.J., and Aiuti A. (2021). Gene therapy using
haematopoietic stem and progenitor cells. Nat Rev Genet. 22: 216-234.
Epub 2020 Dec 10. IF (2019): 33.133

205. Peretto G., Barzaghi F., Cicalese M.P., Resta C.D., Slavich M., Benedetti
S., Giangiobbe S., Rizzo S., Palmisano A., Esposito A., De Cobelli F.,
Gulletta S., Basso C., Casari G., Aiuti A., Bella P.D., and Sala S. (2021).
Immunosuppressive  therapy in  childhood-onset  arrhythmogenic
inflammatory cardiomyopathy. Pacing Clin Electrophysiol. 44: 552-556.
Epub 2020 Dec 29. IF (2019): 1.303

206. Tucci F., Gallo V., Barzaghi F., Ferrua F., Migliavacca M., Calbi V., Doglio
M, Fratini E.S., Karakas Z., Guner S., Zambelli M., Parisi C., Milani R.,
Gattillo S., Mazzi B., Oltolini C., Barbera M., Baldoli C., Cirillo D.M.,
Asnaghi V., De Min C., Cicalese M.P., Ciceri F., Aiuti A., and Bernardo
M.E. (2021). Emapalumab treatment in an ADA-SCID patient with
refractory hemophagocytic lymphohistiocytosis-related graft failure and
disseminated bacillus Calmette-Guérin infection. Haematologica. 106:
641-646. Epub 2021 Feb 1. IF (2019): 7.116

207. Pietrasanta C., De Leo P., Jofra T., Ronchi A., Pugni L., Mosca F., Aiuti
A., Cicalese M.P., and Fousteri G. (2021).CXCR5-CXCL13 axis markers
in full-term and preterm human neonates in the first weeks of life. Eur J
Immunol. 51: 1289-1292. Epub 2021 Feb.9. IF (2019): 4.404

208. Mancuso G., Jofra T., Lanzillotta M., Aiuti A., Cicalese M.P., di Colo G.,
Dagna L., Fousteri G., and Della-Torre E. (2021). Persistence of
circulating T-follicular helper cells after rituximab is associated with
relapse of lgG4-related disease. Rheumatology (Oxford) 60: 3947-3949.
Epub 2021 Apr. 15. IF (2019): 5.606

209. Milito C., Lougaris V., Giardino G., Punziano A., Vultaggio A., Carrabba
M., Cinetto F., Scarpa R., Delle Piane R.M., Baselli L., Ricci S., Rivalta
B., Conti F., Marasco C., Marzollo A., Firinu D., Pulvirenti F., Lagnese G.,
Vivarelli E., Cancrini C.., Martire B., Danieli M.G., Pession A., Vacca A.,
Azzari C., Fabio G., Matucci A., Soresina A.R., Agostini C., Spadaro G.,
Badolato R., Cicalese M.P., Aiuti A., Plebani A., Pignata C., and Quinti .
(2021). Clinical outcome, incidence, and SARS-CoV-2 infection-fatality
rates in ltalian patients with inborn errors of immunity. J Allergy Clin
Immunol Pract. 2021 Apr 21:52213-2198(21)00457-8. Online ahead of
print. IF (2019): 7.574

210. Cesana D., Calabria A., Rudilosso L., Gallina P., Benedicenti F., Spinozzi
G., Schiroli G., Magnani A., Acquati S., Fumagalli F., Calbi V., Witzel M.,
Bushman F.D., Cantore A., Genovese P., Klein C., Fischer A.,
Cavazzana M., E., Aiuti A.,Naldini L. and Montini E. (2021). Retrieval of
vector integration sites from cell-free DNA. Nature Medicine. 27:1458-
1470. Epub 2021 June 17. IF (2019): 36.130

211. Canarutto D., Tucci F., Gattillo S., Zambelli M., Calbi V., Gentner B. ,
Ferrua F., Marktel S., Migliavacca M.,Barzaghi F., Consiglieri G., Gallo V.,
Fumagalli F., Massariello P., Parisi C., Viarengo G., Albertazzi E., Silvani
P..Milani R., Santoleri L., Ciceri F., Cicalese M.P., Bernardo M.E., and
Aiuti A.@ *(2021). Peripheral blood stem and progenitor cell collection in
pediatric candidates for ex vivo gene therapy: a 10 year series. Molecular
Therapy: Methods & Clinical Development. 22:76-83. Epub June 1, 2021.
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IF (2019): NA

212. Biavasco R., Lettera E., Giannetti K., Gilioli D., Beretta S., Conti A., Scala
S., Cesana D., Gallina P., Norelli M,, Basso-Ricci L., Bondanza A., Cavalli
G., Ponzoni M., Dagna L., Doglioni C., Aiuti A., Merelli I., Di Micco R., and
Montini  E.(2021). Oncogene-induced senescence in hematopoietic
progenitors  features myeloid restricted hematopoiesis, chronic
inflammation and histiocytosis. Nat Commun.12:4559. Epub 2021 Jul 27.
IF (2019): 12.121

213. Fumagalli F., Zambon A.A., Rancoita P.M.V., Baldoli C., Canale S., Spiga
l., Medaglini S., Penati R., Facchini M,. Ciotti F., Sarzana M., Lorioli L.,
Cesani M., Natali Sora M.G., Del Carro U., Cugnata F., Antonioli G.,
Recupero S., Calbi V., Di Serio C., Aiuti A., Biffi A., and Sessa M. (2021).
Metachromatic leukodystrophy: A single-center longitudinal study of 45
patients. J Inherit Metab Dis.44: 1151-1164. Epub 2021 Aug 15. IF
(2019): 4.036

214. Bastard P, et al. (2021). Autoantibodies neutralizing type | IFNs are
present in ~4% of uninfected individuals over 70 years old and account
for ~20% of COVID-19 deaths. Sci Immunol. 6: eabl4340. 2021 August
19. Online ahead of print. IF (2019): 17.727

215. Asano T., Boisson B., Onodi F., Matuozzo D., Moncada-Velez M.,
Maglorius Renkilaraj M.R.L., Zhang P., Meertens L., Bolze A., Materna
M., Korniotis S., Gervais A., Talouarn E., Bigio B., Seeleuthner Y.,
Bilguvar K., Zhang Y., Neehus A.L., Ogishi M., Pelham S.J., Le Voyer T.,
Rosain J., Philippot Q., Soler-Palacin P., Colobran R., Martin-Nalda A.,
Riviére J.G., Tandjaoui-Lambiotte Y., Chaibi K,. Shahrooei M., Darazam
lA., Olyaei N.A., Mansouri D., Hatipoglu N., Palabiyik F., Ozcelik T.,
Novelli G., Novelli A., Casari G., Aiuti A., Carrera P., Bondesan S.,
Barzaghi F., Rovere-Querini P., Tresoldi C., Franco J.L., Rojas J., Reyes
L.F., Bustos I.G., Arias A.A., Morelle G., Christéle K., Troya J., Planas-
Serra L., Schluter A., Gut M., Pujol A., Allende L.M., Rodriguez-Gallego
C., Flores C., Cabrera-Marante O., Pleguezuelo D.E., de Diego R.P.,
Keles S., Aytekin G., Akcan O.M., Bryceson Y.T., Bergman P., Brodin P.,
Smole D., Smith C.LE., Norlin A.C., Campbell T.M., Covill L.E.,
Hammarstrom L., Pan-Hammarstrom Q., Abolhassani H, Mane S, Marr N,
Ata M, Al Ali F, Khan T, Spaan AN, Dalgard CL, Bonfanti P, Biondi A,
Tubiana S., Burdet C., Nussbaum R., Kahn-Kirby A., Snow A.L.; COVID
Human Genetic Effort; COVID-STORM Clinicians; COVID Clinicians;
Imagine COVID Group; French COVID Cohort Study Group; CoV-Contact
Cohort; Amsterdam UMC Covid-; Biobank; NIAID-USUHS COVID Study
Group, Bustamante J., Puel A., Boisson-Dupuis S., Zhang S.Y., Béziat V.,
Lifton R.P., Bastard P., Notarangelo L.D., Abel L., Su H.C., Jouanguy E.,
Amara A., Soumelis V., Cobat A,. Zhang Q., and Casanova J.L.(2021). X-
linked recessive TLR7 deficiency in ~1% of men under 60 years old with
life-threatening COVID-19. Sci Immunol.6:eabl4348. Epub 2021 Aug 19.
IF (2019): 13.440

216. Zoccolillo M., Brigida I., Barzaghi F., Scala S., Hernandez R.J., Basso-
Ricci L., Colantuoni M., Pettinato E., Sergi L.S., Milardi G., Capasso P.,
Lombardo A., Gregori S., Sanvito F., Schena F., Cesaro S., Conti F.,
Pession A., Benedetti F., Gattorno M., Lee P.Y., Naldini L., Cicalese M.P.,
Aiuti A., and Mortellaro A.(2021). Lentiviral correction of enzymatic activity
restrains macrophage inflammation in adenosine deaminase 2 deficiency.
Blood Adv.5:3174-3187. Epub 2021 Aug 24. IF (2019): 4.919

217. Pontesilli S., Baldoli C., Della Rosa P.A., Cattoni A., Bernardo M.E.,
Meregalli P., Gasperini S., Motta S., Fumagalli F., Tucci F., Baciga F.,
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Consiglieri G., Canonico F., De Lorenzo P., Chiapparini L., Gentner B.,
Aiuti A., Biondi A., Rovelli A., and Parini R.(2022). Evidence of treatment
benefits in patients with MPSI-Hurler in long-term follow up using a new
MRI scoring system. J Pediatr. 240:297-301.e5. Epub 2021 Sep 20. IF
(2019): 3.700

218. Bonamassa B., Gasparini P., Pompilio G., Aiuti A. and Foggi P. (2021).
The importance of starting materials: quality and regulatory
considerations for cell-based therapies. Cell and Gene Therapy insights.
7:273-280. IF (2019): N.A.

219. Gentner B., Tucci F., Galimberti S., Fumagalli F., De Pellegrin M., Silvani
P., Camesasca C., Pontesili S., Darin S., Ciotti F., Sarzana M.,
Consiglieri G., Filisetti C., Forni G., Passerini L., Tomasoni D., Cesana D.,
Calabria A., Spinozzi G., Cicalese M.P., Calbi V., Migliavacca M.,
Barzaghi F., Ferrua F., Gallo V., Miglietta S., Zonari E., Cheruku P.S.,
Forni C., Facchini M., Corti A., Gabaldo M., Zancan S., Gasperini S.,
Rovelli A., Boelens J.J., Jones S.A., Wynn R., Baldoli C., Montini E.,
Gregori S., Ciceri F., Valsecchi M.G., la Marca G., Parini R., Naldini L.,
Aiuti A., Bernardo M.E. and MPSI Study Group. (2021). Hematopoietic
Stem- and Progenitor-Cell Gene Therapy for Hurler Syndrome. N Engl J
Med. 385:1929-1940. IF (2020): 91.253

220. Frontino G., Stancampiano M.R., and Aiuti A. (2021). Potentialities of
gene therapy in pediatric endocrinology. Horm Res Paediatr. Epub
November 19, 2021. IF (2020): 2.852 .Review

221. Vecchione A., Jofra T., Gerosa J., Shankwitz K., Di Fonte R., Galvani G.,
Ippolito E., Cicalese M.P., Schultz A.R., Seay H..R, Favellato M., Milardi
G., Stabilini A., Ragogna F., Grogan P., Bianconi E., Laurenzi A., Caretto
A., Nano R., Melzi R., Danzl N., Bosi E., Piemonti L., Aiuti A., Brusko T.,
Petrovas C., Battaglia M., and Fousteri G. (2021). Reduced Follicular
Regulatory T Cells in Spleen and Pancreatic Lymph Nodes of Patients
With Type 1 Diabetes. Diabetes. 70:2892-2902. Epub 2021 Oct 7. IF
(2020): 9.461

222. Consiglieri G., Ferrua F., San Raffaele Hospital Consortium, Aiuti A., and
Cicalese M.P. (2021). A Case of Two Adult Brothers with Wiskott-Aldrich
Syndrome, One Treated with Gene Therapy and One with HLA-Identical
Hematopoietic Stem Cell Transplantation. J Clin Immunol. Epub
November 4, 2021. IF (2020): 8.317

223. Consiglieri G., Ferrua F., San Raffaele Hospital Consortium, Aiuti A., and
Cicalese M.P. (2021). Correction to: A Case of Two Adult Brothers with
Wiskott-Aldrich Syndrome, One Treated with Gene Therapy and One with
HLA-Identical Hematopoietic Stem Cell Transplantation. J Clin Immunol.
Epub December 8, 2021. IF (2020): 8.317

224. Manry J, Bastard P, Gervais A, Voyer TL, Rosain J, Philippot Q,
Michailidis E, Hoffmann HH, Eto S, Garcia-Prat M, Bizien L, Parra-
Martinez A, Yang R, Haljasmégi L, Migaud M, Sarekannu K, Maslovskaja
J, de Prost N, Tandjaoui-Lambiotte Y, Luyt CE, Amador-Borrero B,
Gaudet A, Poissy J, Morel P, Richard P, Cognasse F, Troya J, Trouillet-
Assant S, Belot A, Saker K, Gargon P, Riviére JG, Lagier JC, Gentile S,
Rosen L, Shaw E, Morio T, Tanaka J, Dalmau D, Tharaux PL, Sene D,
Stepanian A, Mégarbane B, Triantafyllia V, Fekkar A, Heath J, Franco J,
Anaya JM, Solé-Violan J, Imberti L, Biondi A, Bonfanti P, Castagnoli R,
Delmonte O, Zhang Y, Snow A, Holland S, Biggs C, Moncada-Vélez M,
Arias A, Lorenzo L, Boucherit S, Anglicheau D, Planas A, Haerynck F,
Duvlis S, Nussbaum R, Ozcelik T, Keles S, Bousfiha A, Bakkouri JE,
Ramirez-Santana C, Paul S, Pan-Hammarstrom Q, Hammarstrom L,
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Dupont A, Kurolap A, Metz C, Aiuti A, Casari G, Lampasona V, Ciceri F,
Barreiros L, Dominguez-Garrido E, Vidigal M, Zatz M, van de Beek D,
Sahanic S, Tancevski |, Stepanovskyy Y, Boyarchuk O, Nukui Y,
Tsumura M, Vidaur L, Tangye S, Burrel S, Duffy D, Quintana-Murci L,
Klocperk A, Kann N, Shcherbina A, Lau YL, Leung D, Coulongeat M,
Marlet J, Koning R, Reyes L, Chauvineau-Grenier A, Venet F, Monneret
G, Nussenzweig M, Arrestier R, Boudhabhay |, Baris-Feldman H, Hagin
D, Wauters J, Meyts |, Dyer A, Kennelly S, Bourke N, Halwani R, Sharif-
Askari F, Dorgham K, Sallette J, Mehlal-Sedkaoui S, AlKhater S, Rigo-
Bonnin R, Morandeira F, Roussel L, Vinh D, Erikstrup C, Condino-Neto A,
Prando C, Bondarenko A, Spaan A, Gilardin L, Fellay J, Lyonnet S,
Bilguvar K, Lifton R, Mane S, Anderson M, Boisson B, Béziat V, Zhang
SY, Andreakos E, Hermine O, Pujol A, Peterson P, Mogensen TH,
Rowen L, Mond J, Debette S, deLamballerie X, Burdet C, Bouadma L,
Zins M, Soler-Palacin P, Colobran R, Gorochov G, Solanich X, Susen S,
Martinez-Picado J, Raoult D, Vasse M, Gregersen P, Rodriguez-Gallego
C, Piemonti L, Notarangelo L, Su H, Kisand K, Okada S, Puel A,
Jouanguy E, Rice C, Tiberghien P, Zhang Q, Casanova JL, Abel L, Cobat
A. (2022). The risk of COVID-19 death is much greater and age-
dependent with type | IFN autoantibodies. Res Sq. 2022 Jan 14:rs.3.rs-
1225906. doi: 10.21203/rs.3.rs-1225906/v1. Preprint. IF(2020): NA

225. Fumagalli F., Calbi V., Natali Sora M.G., Sessa M., Baldoli C., Rancoita
P.M.V., Ciotti F., Sarzana M., Fraschini M., Zambon A.A., Acquati S.,
Redaelli D., Attanasio V., Miglietta S., De Mattia .F, Barzaghi F., Ferrua
F., Migliavacca M., Tucci F., Gallo V., Del Carro U., Canale S., Spiga .,
Lorioli L., Recupero S., Fratini E.S., Morena F., Silvani P., Calvi M.R,,
Facchini M., Locatelli S., Corti A., Zancan S., Antonioli G., Farinelli G.,
Gabaldo M., Garcia-Segovia J., Schwab L.C., Downey G.F., Filippi M.,
Cicalese M.P., Martino S., Di Serio C., Ciceri F., Bernardo M..E, Naldini
L., Biffi A., and Aiuti A. (2022). Lentiviral haematopoietic stem-cell gene
therapy for early-onset metachromatic leukodystrophy: long-term results
from a non-randomised, open-label, phase 1/2 trial and expanded access.
Lancet.399:372-383. IF (2020): 79.323

226. Albert MH., Slatter M.A., Gennery A.R., Gungor T., Bakunina K.,
Markovitch B., Hazelaar S., Sirait T., Courteille V., Aiuti A., Aleinikova
0.V, Balashov D., Bernardo M.E., Bodova |., Bruno B., Cavazzana M.,
Chiesa R., Fischer A., Hauck F., lfversen M., Kalwak K., Klein C., Kulagin
A., Kupesiz A., Kuskonmaz B., Lindemans C.A., Locatelli F., Lum S.H.,
Maschan A., Meisel R., Moshous D., Porta F., Sauer M.G., Sedlacek P.,
Schulz A.S., Suarez F., Vallée T.C., Winiarski J.H., Zecca M., Neven B.,
Veys P., and Lankester A.C. (2022). Hematopoietic stem cell
transplantation for Wiskott-Aldrich syndrome: an EBMT inborn errors
working party analysis . Blood. Epub January 31, 2022. IF (2020): 23.629

227. Naldini L., Cicalese M.P., Bernardo M.E., Gentner B., Gabaldo M., Ferrari
G., and Aiuti A. (2022). The EHA Research Roadmap: Hematopoietic
Stem Cell Gene Therapy. Hemasphere. 6(2):e671. IF(2020): NA

228. Cicalese M.P., Ferrua F., Barzaghi F., Cerri F., Moro M., Aiuti A., and
Silvani P. (2022). Third cranial nerve palsy in an 88-year-old man after
SARS-CoV-2 mRNA vaccination: change of injection site and type of
vaccine resulted in an uneventful second dose with humoral immune
response. BMJ Case Rep.15(2):e246485. IF(2020): NA

229. Lucchese A., Cenciarelli S., Manuelli M., Marcolina M., Barzaghi F., Calbi
V., Migliavacca M., Bernardo M.E., Tucci F., Gallo V., Fraschetta F.,
Darin S., Casiraghi M., Aiuti A., Ferrua .F, and Cicalese M.P.(2022).
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Wiskott-Aldrich syndrome: Oral findings and microbiota in children and
review of the literature. Clin Exp Dent Res. 8:28-36. IF(2020): NA

230. Tucci F., Galimberti S., Naldini L., Valsecchi M.G., and Aiuti A. (2022). A
systematic review and meta-analysis of gene therapy with hematopoietic
stem and progenitor cells for monogenic disorders. Nat Commun.
13:1315. IF (2020): 14.919

231. Giardino G, Milito C, Lougaris V, Punziano A, Carrabba M, Cinetto F,
Scarpa R, Dellepiane RM, Ricci S, Rivalta B, Conti F, Marzollo A, Firinu
D, Cirillo E, Lagnese G, Cancrini C, Martire B, Danieli MG, Pession A,
Vacca A, Azzari C, Fabio G, Soresina A, Agostini C, Spadaro G, Badolato
R, Cicalese MP, Aiuti A, Plebani A, Quinti I, Pignata C. (2022). The
Impact of SARS-CoV-2 Infection in Patients with Inborn Errors of
Immunity: the Experience of the Italian Primary Immunodeficiencies
Network (IPINet). J Clin Immunol. Epub 2022 April 20. IF (2021): 8.542

232. Milardi G, Di Lorenzo B, Gerosa J, Barzaghi F, Di Matteo G, Omrani M,
Jofra T, Merelli I, Barcella M, Filippini M, Conti A, Ferrua F, Pozzo
Giuffrida F, Dionisio F, Rovere-Querini P, Marktel S, Assanelli A,
Piemontese S, Brigida |, Zoccolillo M, Cirillo E, Giardino G, Danieli MG,
Specchia F, Pacillo L, Di Cesare S, Giancotta C, Romano F, Matarese A,
Chetta AA, Trimarchi M, Laurenzi A, De Pellegrin M, Darin S, Montin D,
Marinoni M, Dellepiane RM, Sordi V, Lougaris V, Vacca A, Melzi R, Nano
R, Azzari C, Bongiovanni L, Pignata C, Cancrini C, Plebani A, Piemonti L,
Petrovas C, Di Micco R, Ponzoni M, Aiuti A, Cicalese MP, Fousteri G.
(2022). Follicular helper T cell signature of replicative exhaustion,
apoptosis, and senescence in common variable immunodeficiency. Eur J
Immunol 52(7):1171-1189. Epub 2022 May 29. IF (2020): 6.688

233. Manry J, Bastard P, Gervais A, Le Voyer T, Rosain J, Philippot Q,
Michailidis E, Hoffmann HH, Eto S, Garcia-Prat M, Bizien L, Parra-
Martinez A, Yang R, Haljasmégi L, Migaud M, Sarekannu K, Maslovskaja
J, de Prost N, Tandjaoui-Lambiotte Y, Luyt CE, Amador-Borrero B,
Gaudet A, Poissy J, Morel P, Richard P, Cognasse F, Troya J, Trouillet-
Assant S, Belot A, Saker K, Gargon P, Riviére JG, Lagier JC, Gentile S,
Rosen LB, Shaw E, Morio T, Tanaka J, Dalmau D, Tharaux PL, Sene D,
Stepanian A, Mégarbane B, Triantafyllia V, Fekkar A, Heath JR, Franco
JL, Anaya JM, Solé-Violan J, Imberti L, Biondi A, Bonfanti P, Castagnoli
R, Delmonte OM, Zhang Y, Snow AL, Holland SM, Biggs CM, Moncada-
Vélez M, Arias AA, Lorenzo L, Boucherit S, Anglicheau D, Planas AM,
Haerynck F, Duvlis S, Ozcelik T, Keles S, Bousfiha AA, El Bakkouri J,
Ramirez-Santana C, Paul S, Pan-Hammarstrom Q, Hammarstrom L,
Dupont A, Kurolap A, Metz CN, Aiuti A, Casari G, Lampasona V, Ciceri F,
Barreiros LA, Dominguez-Garrido E, Vidigal M, Zatz M, van de Beek D,
Sahanic S, Tancevski |, Stepanovskyy Y, Boyarchuk O, Nukui Y,
Tsumura M, Vidaur L, Tangye SG, Burrel S, Duffy D, Quintana-Murci L,
Klocperk A, Kann NY, Shcherbina A, Lau YL, Leung D, Coulongeat M,
Marlet J, Koning R, Reyes LF, Chauvineau-Grenier A, Venet F, Monneret
G, Nussenzweig MC, Arrestier R, Boudhabhay |, Baris-Feldman H, Hagin
D, Wauters J, Meyts I, Dyer AH, Kennelly SP, Bourke NM, Halwani R,
Sharif-Askari FS, Dorgham K, Sallette J, Sedkaoui SM, AlKhater S, Rigo-
Bonnin R, Morandeira F, Roussel L, Vinh DC, Erikstrup C, Condino-Neto
A, Prando C, Bondarenko A, Spaan AN, Gilardin L, Fellay J, Lyonnet S,
Bilguvar K, Lifton RP, Mane S; HGID Lab; COVID Clinicians; COVID-
STORM Clinicians; NIAID Immune Response to COVID Group; NH-
COVAIR Study Group; Danish CHGE; Danish Blood Donor Study; St.
James's Hospital, SARS CoV2 Interest Group; French COVID Cohort
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Study Group; Imagine COVID-Group; Milieu Intérieur Consortium; CoV-
Contact Cohort; Amsterdam UMC Covid-19 Biobank Investigators;
COVID Human Genetic Effort; CP-COVID-19 Group; CONSTANCES
cohort; 3C-Dijon Study; Cerba Health-Care; Etablissement Frangais du
Sang Study group, Anderson MS, Boisson B, Béziat V, Zhang SY,
Andreakos E, Hermine O, Pujol A, Peterson P, Mogensen TH, Rowen L,
Mond J, Debette S, de Lamballerie X, Burdet C, Bouadma L, Zins M,
Soler-Palacin P, Colobran R, Gorochov G, Solanich X, Susen S,
Martinez-Picado J, Raoult D, Vasse M, Gregersen PK, Piemonti L,
Rodriguez-Gallego C, Notarangelo LD, Su HC, Kisand K, Okada S, Puel
A, Jouanguy E, Rice CM, Tiberghien P, Zhang Q, Casanova JL, Abel L,
Cobat A. (2022). The risk of COVID-19 death is much greater and age
dependent with type | IFN autoantibodies. Proc Natl Acad Sci U S A.
119:€2200413119. Epub 2022 May 16. IF (2021):10.700

234. Consiglieri G, Bernardo ME, Brunetti-Pierri N, Aiuti A. (2022). Ex Vivo and
In Vivo Gene Therapy for Mucopolysaccharidoses: State of the Art.
Hematol Oncol Clin North Am.:S0889-8588(22)00033-8. Epub 2022 June
27. Review. IF (2020): 3.722

235. Aiuti A., Pasinelli F. and Naldini L. (2022). Ensuring a future for gene
therapy for rare diseases. Nat. Med. 2022 Aug. 15. Online ahead of print.
IF (2021): 87.241

236. Migliavacca M, Basso Ricci L, Farinelli G, Calbi V, Tucci F, Barzaghi F,
Ferrua F, Cicalese MP, Darin S, Barzaghi LR, Giglio F, Peccatori J,
Fumagalli F, Nicoletti R, Giannelli S, Sartirana C, Bandiera A, Esposito M,
Milani R, Mazzi B, Finocchi A, Marktel S, Assanelli A, Locatelli F, Ciceri F,
Aiuti A, Bernardo ME. (2022). A Novel Assay in Whole Blood
Demonstrates Restoration of Mitochondrial Activity in Phagocytes After
Successful HSCT in Hyperinflamed X-Linked Chronic Granulomatous
Disease. J Clin Immunol. 2022 Aug 10. Online ahead of print. IF (2021):
8.542

237. Conti F, Pacillo L, Amodio D, Rivalta B, Moratti M, Campoli C, Zama D,
Corsini |, Giancotta C, Bernardi S, Naviglio S, Cicalese MP, Rabusin M,
Aiuti A, Cancrini C, Lanari M, Viale P, Palma P, Pession A, Finocchi A.
(2022). SARS-CoV-2 infection and treatment in a cohort of patients with
inborn errors  of immunity. Pediatr Allergy Immunol. 2022
Aug;33(8):e13833. IF (2021): 5.464

238. Di Lorenzo B, Pacillo L, Milardi G, Jofra T, Di Cesare S, Gerosa J,
Marzinotto |, Zapparoli E, Rivalta B, Cifaldi C, Barzaghi F, Giancotta C,
Zangari P, Rapini N, Deodati A, Amodio G, Passerini L, Carrera P,
Gregori S, Palma P, Finocchi A, Lampasona V, Cicalese MP, Schiaffini R,
Di Matteo G, Merelli |, Barcella M, Aiuti A, Piemonti L, Cancrini C,
Fousteri G. (2022). Natural history of type 1 diabetes on an
immunodysregulatory background with genetic alteration in B-cell
activating factor receptor: A case report . Front Immunol. 2022 Aug
26;13:952715. IF (2021): 8.787

239. Barzaghi F, Cicalese MP, Zoccolillo M, Brigida I, Barcella M, Merelli |,
Sartirana C, Zanussi M, Calbi V, Bernardo ME, Tucci F, Migliavacca M,
Giglio F, Doglio M, Canarutto D, Ferrua F, Consiglieri G, Prunotto G,
Saettini F, Bonanomi S, Rovere-Querini P, Di Colo G, Jofra T, Fousteri G,
Penco F, Gattorno M, Hershfield MS, Bongiovanni L, Ponzoni M, Marktel
S, Milani R, Peccatori J, Ciceri F, Mortellaro A, Aiuti A. (2022). Case
Report: Consistent disease manifestations with a staggered time course
in two identical twins affected by adenosine deaminase 2 deficiency.
Front Immunol. 2022 Sep 29;13:910021. IF (2021): 8.787
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240. Montaldo E, Lusito E, Bianchessi V, Caronni N, Scala S, Basso-Ricci L,
Cantaffa C, Masserdotti A, Barilaro M, Barresi S, Genua M, Vittoria FM,
Barbiera G, Lazarevic D, Messina C, Xue E, Marktel S, Tresoldi C, Milani
R, Ronchi P, Gattillo S, Santoleri L, Di Micco R, Ditadi A, Belfiori G,
Aleotti F, Naldini MM, Gentner B, Gardiman E, Tamassia N, Cassatella
MA, Hidalgo A, Kwok I, Ng LG, Crippa S, Falconi M, Pettinella F, Scapini
P, Naldini L, Ciceri F, Aiuti A, Ostuni R. (2022). Cellular and
transcriptional dynamics of human neutrophils at steady state and upon
stress. Nat Immunol. 23:1470-1483. Epub 2022 Sep 22. IF (2021): 31.250

241. Crippa S, Conti A, Vavassori V, Ferrari S, Beretta S, Rivis S, Bosotti R,
Scala S, Pirroni S, Jofra-Hernandez R, Santi L, Basso-Ricci L, Merelli |,
Genovese P, Aiuti A, Naldini L, Di Micco R, and Bernardo ME. (2023).
Mesenchymal stromal cells improve the transplantation outcome of
CRISPR-Cas9 gene-edited human HSPCs. Mol Ther. 31:230-248. Epub
2022 Aug 17. IF (2021): 12.910

242. Carrera P, Marzinotto |, Bonfanti R, Massimino L, Calzavara S, Favellato
M, Jofra T, De Giglio V, Bonura C, Stabilini A, Favalli V, Bondesan S,
Cicalese MP, Laurenzi A, Caretto A, Frontino G, Rigamonti A, Molinari C,
Scavini M, Sandullo F, Zapparoli E, Caridi N, Bonfiglio S, Castorani V,
Ungaro F, Petrelli A, Barera G, Aiuti A, Bosi E, Battaglia M, Piemonti L,
Lampasona V, Fousteri G. (2023). Genetic determinants of type 1
diabetes in individuals with weak evidence of islet autoimmunity at
disease onset. Diabetologia. Epub 2023 Jan. 24. IF (2021): 10.460

243. Kajaste-Rudnitski A, Aiuti A. (2023). Towards improved yet regulated
gene therapy for X-CGD. Blood. 141:966-967. IF(2021): 25.669

244. Ferrari S, Valeri E, Conti A, Scala S, Aprile A, Di Micco R, Kajaste-
Rudnitski A, Montini E, Ferrari G, Aiuti A, Naldini L. (2023). Genetic
engineering meets hematopoietic stem cell biology for next-generation
gene therapy. Cell Stem Cell. 30:549-570. IF (2021): 25.269

245. Grunebaum E, Booth C, Cuvelier GDE, Loves R, Aiuti A, Kohn
DB.(2023).Updated Management Guidelines for Adenosine Deaminase
Deficiency. J Allergy Clin Immunol Pract. 11:1665-1675. Epub 2023 Feb
1.1F (2021): NA

246. Fox T, Bueren J, Candotti F, Fischer A, Aiuti A, Lankester A; AGORA
Initiative; Booth C. (2023). Access to gene therapy for rare diseases when
commercialization is not fit for purpose. Nat Med. 29:518-519. IF (2021):
87.244

247. Matuozzo D, Talouarn E, Marchal A, Zhang P, Manry J, Seeleuthner Y,
Zhang Y, Bolze A, Chaldebas M, Milisavljevic B, Gervais A, Bastard P,
Asano T, Bizien L, Barzaghi F, Abolhassani H, Abou Tayoun A, Aiuti A,
Alavi Darazam |, Allende LM, Alonso-Arias R, Arias AA, Aytekin G,
Bergman P, Bondesan S, Bryceson YT, Bustos |G, Cabrera-Marante O,
Carcel S, Carrera P, Casari G, Chaibi K, Colobran R, Condino-Neto A,
Covill LE, Delmonte OM, El Zein L, Flores C, Gregersen PK, Gut M,
Haerynck F, Halwani R, Hancerli S, Hammarstrom L, Hatipoglu N, Karbuz
A, Keles S, Kyheng C, Leon-Lopez R, Franco JL, Mansouri D, Martinez-
Picado J, Metin Akcan O, Migeotte I, Morange PE, Morelle G, Martin-
Nalda A, Novelli G, Novelli A, Ozcelik T, Palabiyik F, Pan-Hammarstrom
Q, de Diego RP, Planas-Serra L, Pleguezuelo DE, Prando C, Pujol A,
Reyes LF, Riviere JG, Rodriguez-Gallego C, Rojas J, Rovere-Querini P,
Schluter A, Shahrooei M, Sobh A, Soler-Palacin P, Tandjaoui-Lambiotte
Y, Tipu I, Tresoldi C, Troya J, van de Beek D, Zatz M, Zawadzki P, Al-
Muhsen SZ, Alosaimi MF, Alsohime FM, Baris-Feldman H, Butte MJ,
Constantinescu SN, Cooper MA, Dalgard CL, Fellay J, Heath JR, Lau YL,
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Lifon RP, Maniatis T,et al. (2023). Rare predicted loss-of-function
variants of type | [FN immunity genes are associated with life-threatening
COVID-19. Genome Med. 2023 Apr 5;15(1):22. IF(2021): 15.266

248. Faccioli S, Sassi S, Pandarese D, Borghi C, Montemaggiori V, Sarzana
M, Scarparo S, Butera C, Calbi V,Aiuti A, Fumagalli F. (2023).
Preserving Ambulation in a Gene Therapy-Treated Girl Affected by
Metachromatic Leukodystrophy: A Case Report. J Pers Med. 13(4):637.
IF (2021): 3.508

249. Marcello AP, Visconti C, Vercellati C, Zaninoni A, Bianchi P, Barcellini
W, Aiuti A, Fermo E, Ferrua F.(2023). Overhydrated hereditary
stomatocytosis: A rare cause of familiar persistent macrocytosis due to
SLC4A1 variants. Pediatr Blood Cancer. 2023 Apr 14:€30344. Online
ahead of print. IF(2021): 3.838

250. Scala S, Ferrua F, Basso-Ricci L, Dionisio F, Omrani M, Quaranta P,
Jofra Hernandez R, Del Core L, Benedicenti F, Monti |, Giannelli S,
Fraschetta F, Darin S, Albertazzi E, Galimberti S, Montini E, Calabria A,
Cicalese MP, Aiuti A. (2023). Hematopoietic reconstitution dynamics of
mobilized- and bone marrow-derived human hematopoietic stem cells
after gene therapy. Nat Commun. 14:3068. IF (2021): 17.694

251. Colantuoni M, Jofra Hernandez R, Pettinato E, Basso-Ricci L, Magnani L,
Andolfi G, Rigamonti C, Finardi A, Romeo V, Soldi M, Sergi Sergi L,
Rocchi M, Scala S, Hoffman HM, Gregori S, Kajaste-Rudnitski A, Sanvito
F, Muzio L, Naldini L, Aiuti A, Mortellaro A. (2023). Constitutive IL-1RA
production by modified immune cells protects against IL-1-mediated
inflammatory disorders. Sci Transl Med. 2023 May 31;15(698):eade3856.
Epub 2023 May 31. IF (2021): 19.343

252. Barzaghi F, Aiuti A. (2023). Newborn screening for severe combined
immunodeficiency: changing the landscape of post-transplantation
survival. Lancet. 2023 Jun 20:S0140-6736(23)01057-7. Online ahead of
print. [F(2021): 202.731

253. Gervais A, Rovida F, Avanzini MA, Croce S, Marchal A, Lin SC, Ferrari A,
Thorball CW, Constant O, Le Voyer T, Philippot Q, Rosain J, Angelini M,
Pérez Lorenzo M, Bizien L, Achille C, Trespidi F, Burdino E, Cassaniti |,
Lilleri D, Fornara C, Sammartino JC, Cereda D, Marrocu C, Piralla A,
Valsecchi C, Ricagno S, Cogo P, Neth O, Marin-Cruz |, Pacenti M,
Sinigaglia A, Trevisan M, Volpe A, Marzollo A, Conti F, Lazzarotto T,
Pession A, Viale P, Fellay J, Ghirardello S, Aubart M, Ghisetti V, Aiuti A,
Jouanguy E, Bastard P, Percivalle E, Baldanti F, Puel A, MacDonald MR,
Rice CM, Rossini G, Murray KO, Simonin Y, Nagy A, Barzon L, Abel L,
Diamond MS, Cobat A, Zhang SY, Casanova JL, Borghesi A.(2023).
Autoantibodies neutralizing type | IFNs underlie West Nile virus
encephalitis in ~40% of patients. J Exp Med. 2023 Sep
4,220(9):220230661. doi: 10.1084/jem.20230661. Epub 2023 Jun 22.
IF(2021): 17.579

254. Maccari ME, Wolkewitz M, Schwab C, Lorenzini T, Leiding JW, Aladjdi N,
Abolhassani H, Abou-Chahla W, Aiuti A, Azarnoush S, Baris S, Barlogis
V, Barzaghi F, Baumann U, Bloomfield M, Bohynikova N, Bodet D,
Boutboul D, Bucciol G, Buckland MS, Burns SO, Cancrini C, Cathébras
P, Cavazzana M, Cheminant M, Chinello M, Ciznar P, Coulter TI, D'Aveni
M, Ekwall O, Eric Z, Eren E, Fasth A, Frange P, Fournier B, Garcia-Prat
M, Gardembas M, Geier C, Ghosh S, Goda V, Hammarstrom L, Hauck F,
Heeg M, Heropolitanska-Pliszka E, Hilfanova A, Jolles S, Karakoc-
Aydiner E, Kindle GR, Klemann C, Koletsi P, Koltan S, Kondratenko |,
Korholz J, Kriger R, Jeziorski E, Levy R, Le Guenno G, Lefevre G,
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Lougaris V, Marzollo A, Mahlaoui N, Malphettes M, Meinhardt A, Merlin E,
Meyts I, Milota T, Moreira F, Moshous D, Mukhina A, Neth O, Neubert J,
Neven B, Nieters A, Nove-Josserand R, Oksenhendler E, Ozen A, Olbrich
P, Perlat A, Pac M, Schmid JP, Pacillo L, Parra-Martinez A, Paschenko
O, Pellier I, Sefer AP, Plebani A, Plantaz D, Prader S, Raffray L,
Ritterbusch H, Riviere JG, Rivalta B, Rusch S, Sakovich I, Savic S,
Scheible R, Schleinitz N, Schuetz C, Schulz A, Sediva A, Semeraro M,
Sharapova SO et al. (2023).Activated Phosphoinositide 3-Kinase o
Syndrome: Update from the ESID Registry and comparison with other
autoimmune-lymphoproliferative inborn errors of immunity. J Allergy Clin
Immunol. 2023 Jun 28:S0091-6749(23)00812-6. Online ahead of print.
IF(2021): 14.290

Publications as part of Network:

1. Soresina A., Nacinovich R., Bomba M., Cassani M., Molinaro A., Sciotto
A., Martino S., Cardinale F., De Mattia D., Putti C., Dellepiane R. M.,
Felici L., Parrinello G., Neri F., Plebani A; ltalian Network for Primary
Immunodeficiencies. (2009). The quality of life of children and
adolescents with X-linked agammaglobulinemia. J Clin Immunol 29,
501-507. IF 2.654

2. Casanova J.L., SuH.C.; COVID Human Genetic Effort. (2020). A global
effort to define the human genetics of protective immunity to SARS-
CoV-2 infection. Cell.181:1194-1199. Epub 2020 May 13. IF (2018):
36.216

3. Zhang Q, Bastard P, Liu Z, Le Pen J, Moncada-Velez M, Chen J, Ogishi
M, Sabli IKD, Hodeib S, Korol C, Rosain J, Bilguvar K, Ye J, Bolze A,
Bigio B, Yang R, Arias AA, Zhou Q, Zhang Y, Onodi F, Korniotis S,
Karpf L, Philippot Q, Chbihi M, Bonnet-Madin L, Dorgham K, Smith N,
Schneider WM, Razooky BS, Hoffmann HH, Michailidis E, Moens L,
Han JE, Lorenzo L, Bizien L, Meade P, Neehus AL, Ugurbil AC,
Corneau A, Kerner G, Zhang P, Rapaport F, Seeleuthner Y, Manry J,
Masson C, Schmitt Y, Schliter A, Le Voyer T, Khan T, Li J, Fellay J,
Roussel L, Shahrooei M, Alosaimi MF, Mansouri D, Al-Saud H, Al-Mulla
F, Almourfi F, Al-Muhsen SZ, Alsohime F, Al Turki S, Hasanato R, van
de Beek D, Biondi A, Bettini LR, D'Angio' M, Bonfanti P, Imberti L,
Sottini A, Paghera S, Quiros-Roldan E, Rossi C, Oler AJ, Tompkins MF,
Alba C, Vandernoot |, Goffard JC, Smits G, Migeotte I, Haerynck F,
Soler-Palacin P, Martin-Nalda A, Colobran R, Morange PE, Keles S,
Colkesen F, Ozcelik T, Yasar KK, Senoglu S, Karabela SN, Rodriguez-
Gallego C, Novelli G, Hraiech S, Tandjaoui-Lambiotte Y, Duval X,
Laouénan C; COVID-STORM Clinicians; COVID Clinicians; Imagine
COVID Group; French COVID Cohort Study Group; CoV-Contact
Cohort; Amsterdam UMC Covid-19 Biobank; COVID Human Genetic
Effort; NIAID-USUHS/TAGC COVID Immunity Group, Snow AL,
Dalgard CL, Milner JD, Vinh DC, Mogensen TH, Marr N, Spaan AN,
Boisson B, Boisson-Dupuis S, Bustamante J, Puel A, Ciancanelli MJ,
Meyts I, Maniatis T, Soumelis V, Amara A, Nussenzweig M, Garcia-
Sastre A, Krammer F, Pujol A, Duffy D, Lifton RP, Zhang SY, Gorochov
G, Béziat V, Jouanguy E, Sancho-Shimizu V, Rice CM, Abel L,
Notarangelo LD, Cobat A, Su HC, Casanova JL. (2020). Inborn errors
of type | IFN immunity in patients with life-threatening COVID-19.
Science. 370:eabd4570. Epub 2020 Sept.24. IF (2018): 41.063.
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4, Vinh D.C., Abel L., Bastard P., Cheng M.P., Condino-Neto A.,
Gregersen P.K., Haerynck F., Cicalese M.P., Hagin D., Soler-Palacin
P., Planas AM., Pujol A., Notarangelo L.D., Zhang Q., Su H.C,
Casanova J.L., Meyts |., and COVID Human Genetic Effort. Harnessing
Type | IFN immunity against SARS-CoV-2 with early administration of
IFN-B . J Clin Immunol. 2021 Jun 8. Online ahead of print. IF (2019):
6.780

5. Thalhammer J., Kindle G., Nieters A., Rusch S., Seppanen M.R.J.,
Fischer A., Grimbacher B., Edgar D., Buckland M., Mahlaoui N., Ehl S.,
and European Society for Immunodeficiencies Registry Working Party.
(2021). Initial presenting manifestations in 16,486 patients with inborn
errors of immunity include infections and noninfectious manifestations. J
Allergy Clin Immunol. 148:1332-1341.e5. Epub 2021 Apr 23. IF (2019):
10.228

6.  Sancho-Shimizu V., Brodin P., Cobat A., Biggs C.M., Toubiana J.,
Lucas C.L., Henrickson S.E., Belot A.; MIS-C@CHGE, Tangye S.G.,
Milner J.D., Levin M., Abel L., Bogunovic D., Casanova J.L., and Zhang
S.Y. (2021). SARS-CoV-2-related MIS-C: A key to the viral and genetic
causes of Kawasaki disease? Review. J Exp Med. 218(6):e20210446.
IF (2019): 11.743

7. Arkin LM, Moon JJ, Tran JM, Asgari S, O'Farrelly C, Casanova JL,
Cowen EW, Mays JW, Singh AM, Drolet BA; COVID Human Genetic
Effort (2021). From Your Nose to Your Toes: A Review of Severe
Acute Respiratory Syndrome Coronavirus 2 Pandemic—Associated
Pernio. J Invest Dermatol.141:2791-2796. Epub 2021 Jul 15. IF (2020):
8.551

8.  Zhang Q, Bastard P; COVID Human Genetic Effort, Cobat A, Casanova
JL. (2022). Human genetic and immunological determinants of critical
COVID-19 pneumonia. Nature. Epub 2022 Jan 28. IF (2020): 49.962.
Review.

9.  Brodin P, Casari G, Townsend L, O'Farrelly C, Tancevski |, Loffler-
Ragg J, Mogensen TH, Casanova JL; COVID Human Genetic
Effort.(2022). Studying severe long COVID to understand post-
infectious disorders beyond COVID-19. Nat Med 28:879-882. IF (2021):
87.241

10.  Campbell TM, Liu Z, Zhang Q, Moncada-Velez M, Covill LE, Zhang P,
Alavi Darazam |, Bastard P, Bizien L, Bucciol G, Lind Enoksson S,
Jouanguy E, Karabela SN, Khan T, Kendir-Demirkol Y, Arias AA,
Mansouri D, Marits P, Marr N, Migeotte |, Moens L, Ozcelik T, Pellier I,
Sendel A, Shahrooei M, Smith CIE, Vandernoot |, Willekens K; COVID
Human Genetic Effort, Bergman P, Abel L, Cobat A, Casanova JL,
Meyts |, Bryceson YT.(2022). Respiratory viral infections in otherwise
healthy humans with inherited IRF7 deficiency. J Exp Med
219:20220202. Epub 2022 Jun 7. IF(2021): 17.579

11. Zhang Q, Matuozzo D, Le Pen J, Lee D, Moens L, Asano T, Bohlen J,
Liu Z, Moncada-Velez M, Kendir-Demirkol Y, Jing H, Bizien L, Marchal
A, Abolhassani H, Delafontaine S, Bucciol G; COVID Human Genetic
Effort, Bayhan Gl, Keles S, Kiykim A, Hancerli S, Haerynck F, Florkin B,
Hatipoglu N, Ozcelik T, Morelle G, Zatz M, Ng LFP, Lye DC, Young BE,
Leo YS, Dalgard CL, Lifton RP, Renia L, Meyts I, Jouanguy E,
Hammarstrom L, Pan-Hammarstrom Q, Boisson B, Bastard P, Su HC,
Boisson-Dupuis S, Abel L, Rice CM, Zhang SY, Cobat A, Casanova JL.
(2022). Recessive inborn errors of type | IFN immunity in children with
COVID-19 pneumonia J Exp Med. 219:620220131. Epub 2022 Jun 16.
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IF (2021): 17.579

12.  Bolze A, Mogensen TH, Zhang SY, Abel L, Andreakos E, Arkin LM,
Borghesi A, Brodin P, Hagin D, Novelli G, Okada S, Peter J, Renia L,
Severe K, Tiberghien P, Vinh DC; COVID human genetic effort, Cirulli
ET, Casanova JL, Hsieh EWY. (2022). Decoding the Human Genetic
and Immunological Basis of COVID-19 mRNA Vaccine-Induced
Myocarditis. J Clin Immunol. 2022 Oct 8:1-6. Epub October 8, 2022. IF
(2021): 8.542

13.  Zhang Q, Pizzorno A, Miorin L, Bastard P, Gervais A, Le Voyer T,
Bizien L, Manry J, Rosain J, Philippot Q, Goavec K, Padey B, Cupic A,
Laurent E, Saker K, Vanker M, Sarekannu K; COVID Human Genetic
Effort; Etablissement Francais du Sang Study Group; Constances
Cohort; 3C-Dijon Study; Cerba HealthCare Group; Lyon Antigrippe
Working Group; REIPI INF Working Group, Garcia-Salum T, Ferres M,
Le Corre N, Sanchez-Céspedes J, Balsera-Manzanero M, Carratala J,
Retamar-Gentil P, Abelenda-Alonso G, Valiente A, Tiberghien P, Zins
M, Debette S, Meyts I, Haerynck F, Castagnoli R, Notarangelo LD,
Gonzalez-Granado LI, Dominguez-Pinilla N, Andreakos E, Triantafyllia
V, Rodriguez-Gallego C, Solé-Violan J, Ruiz-Hernandez JJ, Rodriguez
de Castro F, Ferreres J, Briones M, Wauters J, Vanderbeke L, Feys S,
Kuo CY, Lei WT, Ku CL, Tal G, Etzioni A, Hanna S, Fournet T,
Casalegno JS, Queromes G, Argaud L, Javouhey E, Rosa-Calatrava M,
Cordero E, Aydillo T, Medina RA, Kisand K, Puel A, Jouanguy E, Abel
L, Cobat A, Trouillet-Assant S, Garcia-Sastre A, Casanova JL. (2022).
Autoantibodies against type | IFNs in patients with critical influenza
pneumonia. J Exp Med. 2022 Nov 7;219(11):e20220514. Epub 2022
Sep 16. IF(2021): 17.579

Publications on Italian journals:

1. Aiuti A, Rinaldi M., La Porta C., Fantoni A. e Citarella F. (1990).
Production of Hageman factor (human FXII) in simian cells by transient
expression of its cCONA. Rend. Accademia Lincei. 9, 1, 91-97.

2. Forte P., Aiuti A., Nisini R., D’Amelio R. e Fantoni A. (1991). Produzione
in vitro di peptidi virus specifici. In: “Oligonucleotidi sintetici nello studio
della biologia molecolare di HIV-1", Ferrara. Editori: R. Gambari e C.
Nastruzzi; p. 35-40.

3. Biselli R, Nisini R., Matricardi P.M., Aiuti A. e D’Amelio R. (1992).
Clonotypic analysis in different physiopathological conditions. Immunol.
Clin. X1, 175-183.

4. Fantoni A., Forte P., Aiuti A. e Pozzi L. (1993). Topi transgenici. In:
Attuali metodi in genetica molecolare. Ed. C. Morandi, M. Mottes, P.F.
Pignatti, M.G. Romanelli, A.Turco. P. 44-45

5. Scala E., Aiuti A., Ansotegui I.J. e Paganelli R. (1993.) Identificazione
dei geni responsabili di tre forme di immunodeficienza primitiva legata
al cromosoma X. Analisi critica delle nuove acquisizioni pubblicate.
Giorn. Ital. di Allerg. e Immun. Clin. 3, 287-294.

6. Aiuti A., Notarangelo L., Dolcini F., Casorati G., Bernardi M., Ficara F.,
Lietti G, Porta F., Ferrari G., e Bordignon C. (1998). Terapia genica e
malattia ereditaria. In: “Medicina Perinatale '98”, Bari, Ed. A. Mautone,
L. Selvaggi. P. 134-136.

7.  Deola S., and Aiuti A. (2005). Gene therapy. A matter of realism.
(Terapia genica. Una questione di realismo). Journal of Medicine and
The Person 3, 54-56.
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8. Aiuti F., Aiuti A., Calza L., Chiodo F., De Santis W., D’Ettorre G., Emmi
L., Isgro A, Luzi G., Maggi E., Marziali M., Mezzaroma |., Montroni M.,
Muscaritoli M., Paganelli R., Pandolfi F., Starnino S., Sirianni M.C.,
Spadard G., e Vullo V. (2006). Linee Guida per la diagnosi e terapia
dellImmunodeficienza Comune Variabile. It J. Allergy Clin Immunol, 16
(Suppl. Al. N.1), 1-30.

9.  Aiuti A, Cappelli B., Biffi A., Marktel S., and Roncarolo M.G. (2009).
Gene therapy in pediatrics. Minerva Pediatr. 61, 775-778.

10.  Aiuti A. (2009). Pediatric testing and primary immunodeficiencies.
Minerva Pediatr. 61, 785-787.

Book chapters:

1. Auti A, Bordignon C. “Gene Therapy for Severe combined
Immunodeficiencies”. (1999) in: Gene Therapy: Principles and
Applications. Ed T. Blankenstein. Birkhauser. Pages 105-122.

2. Aiuti A. “Gene therapy with hematopoietic stem cells: new perspectives
for the treatment of blood-borne genetic disorders”. (2007) in: XXXIII
Seminario sulla Evoluzione Biologica e i Grandi Problemi della Biologia.
Accademia Nazionale dei Lincei. Pages 79-84.

3. Aiuti A. “Terapia Genica” (2007)in: Enciclopedia ltaliana di Scienze,
Lettere ed Arti. XXI Secolo. VII Appendice. Pages 351-355. Istituto della
Enciclopedia Italiana fondata da Giovanni Treccani, Roma.

4. Sauer A., Cassani B., and Aiuti A. “Primary Immunodeficiencies” (2009)
in: Guide to Human Gene Therapy. Chapter 13. Editor Roland W.
Herzog, Sergei Zolotuklin. Publisher World Scientific. First edition.

5. Brigida 1., and Aiuti A. “Immune reconstitution after gene therapy for
adenosine deaminase severe combined immunodeficiency (ADA-
SCID)” (2012) in: The CliniBook: Clinical gene transfer. Ed. Cohen-
Hagenauer. EDK Paris.

6. Ravelli A, Aiuti A., Dallapiccola B., Petralia P. “ll reclutamento dei
ricercatori clinici negli Istituti di ricovero e cura a carattere scientifico”
(2016) in: Il futuro della ricerca clinica (pediatrica) — Problemi, prospettive,
proposte. Societa Italiana di Ricerca Pediatrica (SIRP) Onlus. Pag. 71-83.
Giannini Editore, Napoli.

7. Aiuti A. Farinelli, G. “La terapia genica” (2018) In Clementi-Fumagalli
“Farmacologia generale e molecolare” 5a edizione. Edizioni Edra.

8. Cicalese M.P., and Aiuti A. “Gene therapy for primary
immunodeficiencies” in:  Management of infections in  the
immunocompromised host. (2018) Editor Brahm Segal. Springer
International Publishing AG, Cham.

9. Aiuti A, Scala S. and Chabannon C. “Biological Properties of
HSC:Scientific Basis for HSCT” (2019) in: “The EBMT Handbook:
Hematopoietic Stem Cell Transplantation and Cellular Therapy”. Pages
49-56. Editors: Enric Carreras, Carlo Dufour, Mohamad Mohty, Nicolaus
Kroeger. Springer Nature Switzerland AG, Cham.
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Law Decree N. 196/2003.
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