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EDUCATION/TRAINING 

INSTITUTION DEGREE YEAR(s) FIELD OF STUDY 
University of Torino Medical School M.D. 1983  

University of Rome “ La Sapienza”  Ph.D. 1983 - 1987 
Cell and 

Developmental 
Biology 

Meloy Laboratories (with Yossi Schlessinger), 
Rockville, MD 

Post-doctoral 
training 1987 - 1989 

Tyrosine Kinases 
and 
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EMPLOYMENT AND EXPERIENCE 
 
1990 - 1996         Assistant Professor of Cell and Tissue Biology, Dept. of Biomedical Sciences and Oncology, 

University of Torino Medical School (since 1993 with tenure). 
1994 - 1996 Visiting Scientist, The Laboratory of Genetics (Director: Inder M. Verma), the Salk Institute 

for Biological Studies, La Jolla, CA. 
1996 - 1998 Senior Scientist and Director, Lentiviral Vector Project, Somatix Therapy Corp. & Cell 

Genesys, Foster City, CA. 
1998 - 2002  Associate Professor of Cell and Tissue Biology, University of Torino Medical School and 

Head, Laboratory for Gene Transfer and Therapy, Institute for Cancer Research, Candiolo 
(Torino), Italy. 

Since 2002 Full Professor of Cell and Tissue Biology, “Vita Salute San Raffaele” University School of 
Medicine, Scientific Codirector San Raffaele Telethon Institute for Gene Therapy, Milan, 
Italy. 

Since 2005  Full Professor with tenure 
Since 2008 Scientific Director, San Raffaele Telethon Institute for Gene Therapy, Milan, Italy. 
 
PROFESSIONAL ACTIVITIES 
 

- Past President of the European Society of Gene and Cell Therapy (ESGCT; 2012-2014)  
- Member of the Board of Directors (2005-2008) and the Advisory Council (2008-2012) of the American 

Society of Gene and Cell Therapy (ASGCT)  
- Ad hoc advisor of EMA and WHO Committees for the evaluation of novel gene transfer medicines 
- Past and current member of several Scientific Committees of the ASGCT, ESCGT, American Association of 

Cancer Research (AACR), International Society for Stem Cell Research (ISSCR), International Society of Cell 
Therapy (ISCT) 

- Associate Editor (until 2012) Human Gene Therapy 
- Advisory Editorial Board Member, EMBO Molecular Medicine and Cell Stem Cell  



 
 

- Appointed member of the Human Gene Editing Study Committee by the National Academies of Sciences 
and of Medicine of the USA (2015-2017) 

- Appointed member of the Advisory Committee to the Italian Ministry of Health (since 2015) 
- Appointed member of the Italian National Advisory Committee on Biosafety, Biotechnology and Life 

Sciences in 2016 (2016-2020, renewed 2021-2024) 
 
PATENTS 
 
Inventor of 58 granted international patents and 45 pending. These include a cornerstone patent on 
lentiviral vector technology owned by the Salk Institute and a family originator patent owned by Cell 
Genesys. Intellectual property recently generated at the San Raffaele Institute covers bidirectional vectors 
for coordinate gene expression, micro-RNA regulated vectors, angiogenic monocytes and macrophage 
microRNAs, tolerogenic vectors, vector production and engineering, gene editing technology. 

 
HONORS 
 

- Elected Member of EMBO, the European Molecular Biology Organization, in 2008. 
- Awarded the European Research Council (ERC) Advanced Investigator grant, which recognizes top EU 

scientists with an outstanding achievement track record in 2009. 
- Premio Sapio of the Italian Research (Health Area) in 2012. 
- Outstanding Achievement Award from the American Society of Gene and Cell Therapy in 2014. 
- Human Gene Therapy “Pioneer Award” 2014. 
- Premio Gili Agostinelli for Biological and Medical Sciences  from the Accademia delle Scienze di Torino in 

2014. 
- Honorary doctorate from the Vrije University, Brussel, in 2015. 
- Outstanding Achievement Award from the European Society of Gene and Cell Therapy in 2015. 
- The Jimenez Diaz Prize, Conchita Rábago de Jiménez Díaz Foundation, Madrid, in 2016. 
- Premio Capitani 2016 , Milan, Italy  
- The Beutler Prize from the American Society of Hematology (ASH), USA, in 2017 
- The Louis-Jeantet Prize for Medicine, Lausanne, in 2019 
- The Global Health Pioneer Award, Dubai, in 2019  
- Nominated “Grande Ufficiale” dell’Ordine “Al Merito della Repubblica Italiana”, one of the highest ranking 

honor in Italy, from the President of the Republic and the Prime Minister of Italy , on December 27th 2019 
- Elected “Socio Corrispondente- Classe di Scienze Fisiche, Matematiche e Naturali” at the “Accademia 

Nazionale dei Lincei”, on July 26th
, 2022.  

 
 
SCIENTIFIC ACTIVITY  
 
Luigi Naldini has published 289 papers in international peer-reviewed scientific journals. 
Full list available at: https://www.ncbi.nlm.nih.gov/pubmed/?term=Naldini+Luigi 
Total Impact Factor (I.F.) 2,089 based on Journals I.F. 2015, with average I.F. 10.93 per paper.  
Overall, as of August 2022, his papers have been cited 45,274 times since 1996. Scopus h-index: 103 as 
available at  https://www.scopus.com/authid/detail.uri?authorId=7005494915 
ORCID ID: https://orcid.org/0000-0002-7835-527X 
 
Invited speaker or lecturer to more than 180 International Meetings, Workshops or Universities in the last 
10 years.  Keynote speaker or main lecture in the Presidential Symposium at several venues, including the 
Annual Meetings of the American Society of Hematology, European Society of Hematology, American 
Society for Blood and Marrow Transplantation, American Society of Gene and Cell Therapy, European 
Society of Gene and Cell Therapy, EMBO Meetings, Keystone and FASEB Conferences.  
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In his early career, L. Naldini identified the ligand for the Met receptor with Hepatocyte Growth Factor 
(HGF), proved its identity with Scatter Factor and elucidated its mechanism of regulation and function in 
triggering motility and invasion of epithelial cells. MET has since been one of the most investigated 
oncogene in epithelial cancer and metastasis.  

During his stay within Inder Verma and Didier Trono laboratories at the Salk Institute for Biological 
Studies, La Jolla (1994-96), he first described the use of HIV-derived hybrid lentiviral vectors for gene 
transfer into non-dividing cells. The original paper reporting this work is one of top-cited articles in the 
journal Science (>3,700 citations). He then developed the technology for safe and efficient use working as a 
senior scientist at Cell Genesys, Foster City, CA. He discussed with the RAC, FDA and EMA the requirements 
and implications of lentiviral vector administration to humans. Overall, this work laid the foundation for the 
currently broad use of lentiviral vectors; what was initially received as an elegant proof-of-principle of an 
unlikely and fearsome technology, has become one of the most widely used tool in biomedical research.  

At the end of 1998, L. Naldini returned to academia as professor at the University of Torino and in 
2003 moved to the San Raffaele Telethon Institute for Gene Therapy (SR-Tiget) in Milan, initially as co-
director with Maria Grazia Roncarolo and since 2008 as director of the Institute. Throughout this time, he 
has continued to investigate new strategies to overcome the major hurdles to safe and effective gene 
transfer, bringing about innovative solutions that not only were translated into new therapeutic strategies 
for genetic disease and cancer but also allowed gaining novel insights into fundamental biological processes 
such as hematopoietic stem cell function, induction of immunological tolerance and tumor angiogenesis. 

Concerning vector development, L. Naldini’s work led to improved gene transfer into relevant cell 
types such as hematopoietic stem cells (HSC). By reaching exhaustive cell marking with minimal interference 
with cell function, individual HSC activity can now be monitored in vivo to unprecedented levels. A boost 
towards the broad use of lentiviral vectors came from studies primarily conducted in Naldini’s laboratory 
showing that the advanced design of lentiviral vectors is associated with much lower genotoxicity than 
conventional gamma-retroviral vectors, thus providing for a safer gene transfer platform despite the 
original concerns raised by the nature of the parental virus. The demonstration of high gene transfer 
efficiency coupled with improved safety provided by these pre-clinical studies was crucial for moving 
lentiviral vectors to clinical testing. Gratifyingly, these predictions have now been verified in a growing 
number of clinical studies, as mentioned below. 

By tracking the hematopoietic cell contribution to angiogenesis, Naldini’s work established a novel 
paradigm in which the bone marrow contributes essential paracrine regulators to the newly formed vessels. 
These studies helped defining a subset of proangiogenic monocytes, which selectively engage in tissue 
remodeling and regeneration and are recruited and contribute to tumor growth. Naldini and his 
collaborators are now exploiting these findings to develop a new therapeutic strategy by which the 
monocyte progeny of transplanted hematopoietic progenitors is engineered to selectively target immune 
stimulatory cytokines, such as interferon-alpha by gene therapy to tumors, thus enhancing therapeutic 
efficacy and avoiding systemic toxicity. A clinical trial for the first-in-human testing of this strategy opened 
at the beginning of 2019 for the treatment of glioblastoma multiforme sponsored by a biotech company 
spin-off co-founded by Luigi Naldini and the San Raffaele Scientific Institute. Current findings from this 
phase I/II dose-escalating study show tolerability and safety of the strategy, with dose-dependent 
engraftment of gene-marked cells without dose-limiting toxicity up to the highest dose tested, and 
preliminary evidence of targeted interferon activity in the tumor microenvironment. 

In another development, Naldini’s research applied microRNA regulation to vector design and 
provided the prototype for making transgenes and medically used viruses stringently responsive to cell 
type- and differentiation-specific cues. By using this innovative approach, Naldini’s team could overcome 
the immunological barrier to stable gene transfer, one of the major hurdles to successful gene therapy, 
establish long-term correction of hemophilia in small and large animal models and induce active tolerance 
to the transgene. Follow-up work performed in collaboration with industry is progressing these studies 
towards clinical translation of a new gene therapy treatment for hemophilia. The strategy of microRNA 
regulation is now widely exploited to develop safer vectors, oncolytic viruses and viral vaccines.  

In collaboration with John Dick’s group, L. Naldini identified microRNAs with specific activity in HSC, 
showed that miR-126 sets a threshold for HSC activation and governs HSC pool size, and contribute to key 



 
 

pathogenic features of leukemia initiating cells when aberrantly expressed. The expression pattern of miR-
126 was then exploited to design vectors transcriptionally silent in HSC but active in their mature progeny. 

Naldini’s laboratory also pioneered the use of engineered Zinc-finger nucleases to edit the human 
genome in relevant cells for therapeutic applications. These studies opened the way to correct, rather than 
replace genes, a potentially revolutionary approach that may substantially expand the scope and power of 
genetic manipulation. Together with Chiara Bonini’s group, L. Naldini provided the first proof-of-principle 
of T-cell receptor genetic editing as a novel means of T-cell therapy, in which a new biological function is 
instructed to an immune effector cell by genetically re-writing its endogenous antigen specificity. L. Naldini’s 
group also reported the first evidence of successful targeted genome editing in human HSC and its 
application to correct mutations causing some primary immunodeficiencies in patients’ cells and in mouse 
disease models. Recently, optimization of the editing procedure, also using CRISPR/Cas technology, has 
allowed achieving substantial levels of targeted gene editing in human long-term repopulating HSC to 
support further development towards clinical testing. Because of his contribution to this rapidly growing 
field of studies, L. Naldini was appointed member of several international study committees on Human 
Gene Editing, which have issued widely received recommendations for the development of this technology 
in view of its scientific potential medical and ethical implications. 

Throughout the years, L. Naldini’s efforts towards improving gene therapy have always been pursued 
with the clear goal in mind of therapeutic translation. Work from his laboratory showed that the post-
transplant recruitment of hematopoietic cells to the resident microglia pool could be exploited to deliver 
gene therapy to the central and peripheral nervous system and treat leukodystrophies in the mouse model. 
Successful clinical testing of lentiviral vectors in HSC gene therapy was first reported in 2009 by a French 
team led by Patrick Aubourg to treat adrenoleukodystrophy (ALD), using the vector platform previously 
developed by Naldini and collaborators. Shortly thereafter, a lentiviral vector-based HSC gene therapy trial 
was launched at SR-Tiget for metachromatic leukodystrophy (MLD), which is invariably lethal and without 
any effective conventional treatment. Children treated before or early after symptoms onset are reported 
at the latest follow-up, reaching up to 11 years, in good conditions and leading a normal or near normal life, 
whereas they would have already succumbed to the disease if left untreated. Application of lentiviral vector 
HSC gene therapy continues to expand, at SR-Tiget and elsewhere in the world, to treat patients with 
immunodeficiencies, storage diseases and hemoglobinopathies like thalassemia, again showing excellent 
safety and clinical improvements reaching up to full transfusion independence. Overall, >125 patients have 
been treated at SR-Tiget in Milan and >300 worldwide, with nearly all studies reporting excellent safety and 
efficacy. Molecular monitoring of the patients in these trials show extensive and stable genetic engineering 
of human hematopoiesis, with highly polyclonal reconstitution and none or only sporadic indication of 
potential vector genotoxicity, consistently with the advanced engineering of the vector design and the 
preclinical predictions from experimental models. Moreover, these studies allow unprecedented insights 
into the clonal dynamics of human hematopoiesis, providing the first glimpses of HSC activity in living 
humans.  

Based on the pioneering work of SR-Tiget in the clinical development of early generation HSC gene 
therapy for Adenosine Deaminase Deficiency (ADA-SCID) and the leadership provided in pursuing a new 
generation of vectors based on lentiviruses, SR-Tiget entered in 2010 in a strategic alliance with 
GlaxoSmithKline (recently transferred to Orchard Therapeutics) to support further clinical development and 
market access of these therapies and make HSC gene therapy a clinical reality. This first-of-its-kind 
agreement between a major pharmaceutical company and an academic center engaged in gene therapy 
highlighted a road map for many more such alliances to come in recent years and was credited in 2016 by 
the successful registration in EU of the first ex vivo gene therapy product worldwide, Strimvelis, and in 2020 
of the lentiviral gene therapy for MLD (Libmeldy). 

 
 
 
 
 
 
 



 
 

 
 
SELECTED PUBLICATIONS 
 

Original Research Articles 

  
• Birocchi F, Cusimano M, Rossari F, Beretta S, Rancoita PMV, Ranghetti A, Colombo S, Costa B, Angel 

P, Sanvito F, Callea M, Norata R, Chaabane L, Canu T, Spinelli A, Genua M, Ostuni R, Merelli 
I, Coltella N, Naldini L. Targeted inducible delivery of immunoactivating cytokines reprograms 
glioblastoma microenvironment and inhibits growth in mouse models. Sci Transl Med. 2022 Jul 
13;14(653):eabl4106. Epub 2022 Jul 13. 

 
• Omer-Javed A, Pedrazzani G, Albano L, Ghaus S, Latroche C, Manzi M, Ferrari S, Fiumara M, Jacob A, 

Vavassori V, Nonis A, Canarutto D, Naldini L. Mobilization-based chemotherapy-free engraftment 
of gene-edited human hematopoietic stem cells. Cell. 2022 June 23; 185(13):2248-2264.e21. Epub 
2022 May 25.  

 
• Naldini L, Cicalese MP, Bernardo ME, Gentner B, Gabaldo M, Ferrari G, Aiuti A. The EHA Research 

Roadmap: Hematopoietic Stem Cell Gene Therapy. Hemasphere. 2022 Feb 4;6(2):e671.  
 
• Fumagalli F,  Calbi V, Natali Sora M G, Sessa M, Baldoli C, Rancoita P M,  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 I, Lorioli L, Recupero S, Fratini 
E S, Morena F, Calvi M R, Locatelli S, Corti A, Zancan S, Antonioli G, Farinelli G, Gabaldo M, Segovia J 
G, Schwab L C, Downey G F, Filippi M, Cicalese M P, Sabata M, Di Serio C, Ciceri F, Bernardo M E, 
Naldini L, Biffi A, Aiuti A. 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. The Lancet. 2022 Jan 22; 399(10322):372-383.  

 
• Gentner B, Tucci F, Galimberti S, Fumagalli F, De Pellegrin, M, Silvani P, Camesasca C, Pontesilli S, 

Darin S, Ciotti F, Psy.D, 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 Simon 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. Hematopoietic Stem and Progenitor Cell Gene Therapy 
for Hurler Syndrome. The New England Journal of Medicine 2021 Nov 18; 385(21):1929-1940. 
 

• Mucci A, Antonarelli G, Caserta C, Vittoria FM, Desantis G, Pagani R, Greco B, Casucci M, Escobar G, 
Passerini L, Lachmann N, Sanvito F, Barcella M, Merelli I, Naldini L, Gentner B.  
Myeloid cell-based delivery of IFN-γ reprograms the leukemia microenvironment and induces anti-
tumoral immune responses. EMBO Mol Med. 2021 Oct 7;13(10):e13598.  

 
• Vonada A, Tiyaboonchai A, Nygaard S, Posey J, Peters AM, Winn SR, Cantore A, Naldini L, Harding 

CO, Grompe M. Share. Therapeutic liver repopulation by transient acetaminophen selection of 
gene-modified hepatocytes. Sci Transl Med. 2021 Jun 9;13(597).  

 
• 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 FD, Cantore A, Genovese P, Klein C, Fischer A, 
Cavazzana M, Six E, Aiuti A, Naldini L, Montini E. Retrieval of vector integration sites from cell-free 
DNA. Nat Med. 2021 Aug;27(8):1458-1470.  

Times Cited: 1 
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• Zoccolillo M, Brigida I, Barzaghi F, Scala S, Hernández RJ, Basso-Ricci L, Colantuoni M, Pettinato E, 
Sergi LS, Milardi G, Capasso P, Lombardo A, Gregori S, Sanvito F, Schena F, Cesaro S, Conti F, 
Pession A, Benedetti F, Gattorno M, Lee PY, Naldini L, Cicalese MP, Aiuti A, Mortellaro A. 
Lentiviral correction of enzymatic activity restrains macrophage inflammation in adenosine 
deaminase 2 deficiency. Blood Adv. 2021 Aug 24;5(16):3174-3187. 

 
• Ferrari S, Beretta S, Jacob A, Cittaro D, Albano L, Merelli I, Naldini L, Genovese P. BAR-Seq clonal 

tracking of gene-edited cells. Nat Protoc. 2021 Jun;16(6):2991-3025. 
 
• Vavassori V§, Mercuri E§, Marcovecchio GE, Castiello MC, Schiroli G, Albano L, Margulies C, Buquicchio 

F, Fontana E, Beretta S, Merelli I, Cappelleri A, Rancoita PM, Lougaris V, Plebani A, Kanariou M, 
Lankester A, Ferrua F, Scanziani E, Cotta-Ramusino C, Villa A, Naldini L*, Genovese P*. Modeling, 
optimization, and comparable efficacy of T cell and hematopoietic stem cell gene editing for treating 
hyper-IgM syndrome. EMBO Mol Med. 2021 Mar 5; 13(3):e13545. §equal contribution *These 
Authors share senior and corresponding authorship. 

Times Cited: 1 
 
• Jofra Hernández R, Calabria A, Sanvito F, De Mattia F, Farinelli G, Scala S, Visigalli I, Carriglio N, De 

Simone M, Vezzoli M, Cecere F, Migliavacca M, Basso-Ricci L, Omrani M, Benedicenti F, Norata R, 
Rancoita PMV, Di Serio C, Albertini P, Cristofori P, Naldini L, Gentner B, Montini E, Aiuti A, 
Mortellaro A. Hematopoietic Tumors in a Mouse Model of X-linked Chronic Granulomatous Disease 
after Lentiviral Vector-Mediated Gene Therapy. Mol Ther. 2021 Jan 6;29(1):86-102.   

Times Cited: 4 
 
• Soldi M, Sergi Sergi L, Unali G, Kerzel T, Cuccovillo I, Capasso P, Annoni A, Biffi M, Rancoita PMV, 

Cantore A, Lombardo A, Naldini L, Squadrito ML, Kajaste-Rudnitski A. Laboratory-Scale Lentiviral 
Vector Production and Purification for Enhanced Ex Vivo and In Vivo Genetic Engineering. Mol Ther 
Methods Clin Dev. 2020 Oct 20;19: 411-425. 

Times Cited: 1 
 
• Ferrari S§, Jacob A§, Beretta S, Unali G, Albano L, Vavassori V, Cittaro D, Lazarevic D, Brombin C, 

Cugnata F, Kajaste-Rudnitski A, Merelli I, Genovese P, Naldini L. Efficient gene editing of human 
long-term hematopoietic stem cells validated by clonal tracking. Nat Biotechnol. 2020 
Nov;38(11):1298-1308. §equal contribution.   

 Times Cited: 17 
 

• Bénéchet AP, De Simone G, Di Lucia P, Cilenti F, Barbiera G, Le Bert N, Fumagalli V, Lusito E, Moalli 
F, Bianchessi V, Andreata F, Zordan P, Bono E, Giustini L, Bonilla WV, Bleriot C, Kunasegaran K, 
Gonzalez-Aseguinolaza G, Pinschewer DD, Kennedy PTF, Naldini L, Kuka M, Ginhoux F, Cantore A, 
Bertoletti A, Ostuni R, Guidotti LG, Iannacone M. Dynamics and genomic landscape of CD8+ T cells 
undergoing hepatic priming. Nature 2019 Oct; 574(7777):200-205. 

Times Cited: 51 
 

• Bortolomai I, Sandri M, Draghici E, Fontana E, Campodoni E, Marcovecchio GE, Ferrua F, Perani L, 
Spinelli A, Canu T, Catucci M, Di Tomaso T, Sergi Sergi L, Esposito A, Lombardo A, Naldini L, 
Tampieri A, Hollander GA, Villa A, Bosticardo M. Gene Modification and Three-Dimensional 
Scaffolds as Novel Tools to Allow the Use of Postnatal Thymic Epithelial Cells for Thymus 
Regeneration Approaches. Stem Cells Transl Med 2019 Oct; 8(10):1107-1122. 

Times Cited: 13 
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transgene T Cell Response for Effective Gene Therapy of MPS-I in the Mouse Model of the Disease. 
Mol Ther. 2019 Jul 3;27(7):1215-1227.  
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 Times Cited: 69 
 
• Schiroli G§, Conti A§, Ferrari S, Della Volpe L, Jacob A, Albano L, Beretta S, Calabria A, Vavassori V, 

Gasparini P, Salataj E, Ndiaye-Lobry D, Brombin C, Chaumeil J, Montini E, Merelli I, Genovese P*, 
Naldini L*, Di Micco R*. Precise Gene Editing Preserves Hematopoietic Stem Cell Function Following 
Transient p53-Mediated DNA Damage Response. Cell Stem Cell 2019 Apr 4; 24(4):551-565.e8. §equal 
contribution *These Authors share senior authorship 

       Times Cited: 81 
 

• Milani M§, Annoni A§, Moalli F, Liu T, Cesana D, Calabria A, Bartolaccini S, Biffi M, Russo F, Visigalli I, 
Raimondi A, Patarroyo-White S, Drager D, Cristofori P, Ayuso E, Montini E, Peters R, Iannacone M, 
Cantore A*, Naldini L* (2019).  Phagocytosis-Shielded Lentiviral Vectors Improve Liver Gene Therapy 
in Non Human Primates. Science Translational Medicine 2019 May 22;11(493). §equal contribution 
*These Authors share senior authorship 

      Times Cited: 25 
 
• Marktel S, Scaramuzza S, Cicalese MP, Giglio F, Galimberti F, Lidonnici MR, Calbi V, Assanelli A, 

Bernardo ME, 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 MG, Montini, E, Naldini L, 
Cappellini MD, Ciceri F, Aiuti A*, Ferrari G* (2019). Intrabone hematopoietic stem cell gene therapy 
for adult and pediatric patients affected by transfusion dependent β-thalassemia. Nature Medicine 
2019 Feb;25(2):234-241. 

      Times Cited: 86 
 

• Escobar G, Barbarossa L, Barbiera G, Norelli M, Genua M, Ranghetti A, Plati T, Camisa B, Brombin C, 
Cittaro D, Annoni A, Bondanza A, Ostuni R, Gentner B.*and Naldini L. *. Interferon gene therapy 
reprograms the leukemia microenvironment inducing protective immunity to multiple tumor 
antigens. Nature Communication 2018, Jul 24;9(1):2896. *These Authors share senior authorship. 

 
      Times Cited: 19 

 
• Schiroli G, Ferrari S, Conway A, Jacob A, Capo V, Albano L, Plati T, Castiello MC, Sanvito F, Gennery 

AR, Bovolenta C, Palchaudhuri R, Scadden DT, Holmes MC, Villa A, Sitia G, Lombardo A, Genovese P, 
Naldini L. Preclinical modeling highlights the therapeutic potential of hematopoietic stem cell gene 
editing for correction of SCID-X1. Science Translational Medicine 2017 Oct 11; 9(411).  

https://pubmed.ncbi.nlm.nih.gov/31060789/
https://pubmed.ncbi.nlm.nih.gov/31037976/
https://pubmed.ncbi.nlm.nih.gov/31037976/
https://pubmed.ncbi.nlm.nih.gov/31037976/


 
 

 
       Times Cited: 94 

 
• Aiuti A, Roncarolo MG, Naldini L. 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. 2017. 9: 737-740.  

    Times Cited: 104 
 
• Mastaglio S, Genovese P, Magnani Z, Ruggiero E, Landoni E, Camisa B, Schiroli G, Provasi E, Lombardo 

A, Reik A, Cieri N, Rocchi M, Oliveira G, Escobar G, Casucci M, Gentner B, Spinelli A, Mondino A, 
Bondanza A, Vago L, Ponzoni M, Ciceri F, Holmes MC, Naldini L, Bonini C. NY-ESO-1 TCR single edited 
central memory and memory stem T cells to treat multiple myeloma without inducing GvHD. Blood. 
2017 Jun 21.  

      Times Cited: 39 
 
• Piras F, Riba M, Petrillo C, Lazarevic D, Cuccovillo I, Bartolaccini S, Stupka E, Gentner B, Cittaro D, 

Naldini L, Kajaste-Rudnitski A. Lentiviral vectors escape innate sensing but trigger p53 in human 
hematopoietic stem and progenitor cells. EMBO Mol Med. 2017 Sep;9(9):1198-1211.  

 
       Times Cited: 23 

 
• Milani M, Annoni A, Bartolaccini S, Biffi M, Russo F, Di Tomaso T, Raimondi A, Lengler J, Holmes MC, 

Scheiflinger F, Lombardo A, Cantore A, Naldini L. Genome editing for scalable production of 
alloantigen-free lentiviral vectors for in vivo gene therapy. EMBO Mol Med. 2017 Aug 23.  

 
       Times Cited: 26 

 
• National Academies of Sciences, Engineering, and Medicine. Human Genome Editing: Science, Ethics, 

and Governance (National Academies Press, Washington, DC, USA, 2017). 
 

• Zonari E, Desantis G, Petrillo C, Boccalatte FE, Lidonnici MR, Kajaste-Rudnitski A, Aiuti A, Ferrari 
G, Naldini L, Gentner B. Efficient Ex Vivo Engineering and Expansion of Highly Purified Human 
Hematopoietic Stem and Progenitor Cell Populations for Gene Therapy. Stem Cell Reports. 2017 Apr 
11;8(4):977-990. Epub 2017 Mar 16. 
                                                                                                                                                 Times Cited: 84 

 
• Amabile A§, Migliara A§, Capasso P, Biffi M, Cittaro D, Naldini L* and Lombardo A*. Inheritable 

Silencing of Endogenous Genes by Hit-and-Run Targeted Epigenetic Editing. Cell 2016 Sep 
22;167(1):219-232. § equal contribution * Co-corresponding authors  

Times Cited: 182 
 

• Biasco L, Pellin D, Scala S, Dionisio F, Basso-Ricci L, Leonardelli L, Scaramuzza S, Baricordi C, Ferrua F, 
Cicalese MP, Giannelli S, Neduva V, Dow DJ, Schmidt M, Von Kalle C, Roncarolo MG, Ciceri F, Vicard 
P, Wit E, Di Serio C, Naldini L, Aiuti A. In Vivo Tracking of Human Hematopoiesis Reveals Patterns of 
Clonal Dynamics during Early and Steady-State Reconstitution Phases. Cell Stem Cell 2016 Jul 
7;19(1):107-19. 

Times Cited: 121 
 

• Meneghini V, Lattanzi A, Tiradani L, Bravo G, Morena F, Sanvito F, Calabria A, Bringas J, Fisher-Perkins 
JM, Dufour JP, Baker KC, Doglioni C, Montini E, Bunnell BA, Bankiewicz K, Martino S, Naldini L, Gritti 
A. Pervasive supply of therapeutic lysosomal enzymes in the CNS of normal and Krabbe-affected non-
human primates by intracerebral lentiviral gene therapy. EMBO Mol Med 2016 May 2;8(5):489-510. 

 

https://www.ncbi.nlm.nih.gov/pubmed/28835507
https://www.ncbi.nlm.nih.gov/pubmed/28835507


 
 

Times Cited: 31 
 
• Nucera S§, Giustacchini  A§, Boccalatte F§, Calabria A, Fanciullo C, Plati T, Ranghetti  A, Garcia-

Manteiga  J,  Cittaro  D,  Benedicenti  F,  Lechman  ER,  Dick  JE,  Ponzoni  M,  Ciceri  F,  Montini  E, 
Gentner  B*,  Naldini  L*.  miR-126  Orchestrates  an  Oncogenic  Program  in  B-Cell  Precursor  Acute 
Lymphoblastic Leukemia. Cancer Cell 2016 Jun 13;29(6):905-21. § equal contribution * senior 
authorship.  

Times Cited: 33 
 

• Lechman  ER*,  Gentner  B*,  Ng  SW,  Schoof  EM,  van  Galen  P,  Kennedy JA,  Nucera  S,  Ciceri  F, 
Kaufmann  KB,  Takayama  N,  Dobson  SM,  Trotman-Grant  A,  Krivdova  G,  Elzinga  J,  Mitchell  A, 
Nilsson B, Hermans KG, Eppert K, Marke R, Isserlin R, Voisin V, Bader GD, Zandstra PW, Golub TR,  
Ebert  BL,  Lu  J,  Minden  M,  Wang  JC,  Naldini  L,  Dick  JE.  miR-126  Regulates  Distinct  Self-Renewal 
Outcomes in Normal and Malignant Hematopoietic Stem Cells. Cancer Cell. 2016 Feb 8;29(2):214-28. 
* Equal contribution  

Times Cited: 98 
 

• Sessa M*, Lorioli L*, Fumagalli F, Acquati S, Redaelli D, Baldoli C, Canale S, Lopez D, Morena F, 
Calabria A, Fiori R, Silvani P, Rancoita MV, 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, Biffi A. 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. The Lancet. 2016 Jul 30;388(10043):476-87. * Equal contribution. 

Times Cited: 222 
 

• Catarinella M, Monestiroli A, Escobar G, Fiocchi A, Tran NL, Aiolfi R, Marra P, Esposito A, Cipriani F, 
Aldrighetti L, Iannacone M, Naldini L, Guidotti LG, Sitia G. IFNα gene/cell therapy curbs colorectal 
cancer colonization of the liver by acting on the hepatic microenvironment. EMBO Mol Med. 2016 
Jan 14;8(2):155-70.  

Times Cited: 11 
 

• Bosley  KS,  Botchan  M,  Bredenoord  AL,  Carroll  D,  Charo  RA,  Charpentier  E,  Cohen  R,  Corn  J, 
Doudna J, Feng G, Greely HT, Isasi R, Ji W, Kim JS, Knoppers B, Lanphier E, Li J, Lovell-Badge R,  Martin  
GS,  Moreno  J,  Naldini  L,  Pera  M,  Perry  AC,  Venter  JC,  Zhang  F,  Zhou  Q.  CRISPR germline 
engineering-the community speaks. Nat Biotechnol. 2015 May 12;33(5):478-8.  

Times Cited: 87 
 
• Cantore A., Ranzani M., Bartholomae C.C., Volpin M., Valle P.D., Sanvito F., Sergi L.S., Gallina P., 

Benedicenti F., Bellinger D., Raymer R., Merricks E., Bellintani F., Martin S., Doglioni C., D'Angelo A., 
VandenDriessche T., Chuah M.K., Schmidt M., Nichols T., Montini E., Naldini L. Liver-directed 
lentiviral gene therapy in a dog model of hemophilia B. Sci Transl Med. 2015 Mar 4;7(277):277ra28. 

 
Times Cited: 76 

 
• Akbarpour M., Goudy K.S., Cantore A., Russo F., Sanvito F., Naldini L., Annoni A., Roncarolo M.G. 

Insulin B chain 9-23 gene transfer to hepatocytes protects from type 1 diabetes by inducing Ag-
specific FoxP3+ Tregs. Sci Transl Med. 2015 May 27;7(289):289ra81.  

  Featured in:   
       Research Highlights: Nature 2015. Jun 04;522(8).  

Times Cited: 41 
 



 
 

• Petrillo C., Cesana D., Piras F., Bartolaccini S., Naldini L., Montini E., Kajaste-Rudnitski A. Cyclosporin 
A and Rapamycin Relieve Distinct Lentiviral Restriction Blocks in Hematopoietic Stem and Progenitor 
Cells. Mol Ther. 2015 Feb;23(2):352-62. Epub 2014 Oct 1. 

            Times Cited: 42 
 

• Friedli M, Turelli P, Kapopoulou A, Rauwel B, Castro-Díaz N, Rowe HM, Ecco G, Unzu C, Planet E, 
Lombardo A, Mangeat B, Wildhaber BE, Naldini L., Trono D. Loss of transcriptional control over 
endogenous retroelements during reprogramming to pluripotency. Genome Res. 2014 
Aug;24(8):1251-9. 

  Times Cited: 72 
 

• Genovese P, Schiroli G§, Escobar G§, Di Tomaso T, Firrito C, Calabria A, Moi D, Mazzieri R, Bonini C, 
Holmes MC, Gregory PD, van der Burg M, Gentner B, Montini E, Lombardo A*, Naldini L*,#. Targeted 
genome editing in human repopulating hematopoietic stem cells.§ equal contribution; * senior 
authorship; # corresponding author. Nature 2014 Jun 12;510(7504):235-40.  

  Featured in:   
Research Highlights: Fischer A. Nature 2014. Jun 12;510(7504):226-7.  
Research Highlights: Koch L. Nature Reviews Genetics 2014. June 18;15:442. 

Times Cited: 357 
                                                              

• Río P§, Baños R§, Lombardo A§, Quintana O, Alvarez L, Garate Z, Genovese P, Almarza E, Valeri V, 
Díez B, Navarro S, Torres Y, Trujillo JP, Murillas R, Segovia GC, Samper E,  Surralles J, Gregory PD, 
Holmes MC, Naldini L*, Bueren JA*. Targeted gene therapy in Fanconi Anemia patients' derived iPS 
cells.§ equal contribution; * senior authorship. EMBO Mol Med 2014 May 23;6(6):835-48.        

Times Cited: 58 
                                         

• Cesana D, Ranzani M, Volpin M, Bartholomae C, Duros C, Artus A, Merella S, Benedicenti F, Sergi Sergi 
L, Sanvito F, Brombin C, Nonis A, Serio CD, Doglioni C, von Kalle C, Schmidt M, Cohen-Haguenauer O, 
Naldini L, Montini E. Uncovering and Dissecting the Genotoxicity of Self-inactivating Lentiviral 
Vectors In Vivo. Mol Ther. 2014 Jan 20. Apr;22(4):774-85.  

  Times Cited: 104 
 

• Escobar G., Ranghetti A., Ozkal-Baydin P., Squadrito M.L., Kajaste- Rudnitski A., Bondanza A.,  Gentner 
B., De Palma M., Mazzieri R. and Naldini L. Genetic Engineering of Hematopoiesis for Targeted IFN-α 
Delivery Inhibits Breast Cancer Progression. Science Transl Med. 2014 Jan 1;6(217):217ra3.   

Times Cited: 61 
 
• Annoni A, Cantore A, Della Valle P, Goudy K, Akbarpour M, Russo F, Bartolaccini S, D'Angelo A, 

Roncarolo MG, Naldini L. Liver gene therapy by lentiviral vectors reverses anti-factor IX pre-existing 
immunity in haemophilic mice. EMBO Mol Med. 2013 Nov;5(11):1684-97 

Times Cited: 50 
 
• 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 David J.D., Schmidt M., Assanelli A., 
Neduva V., Di Serio C., Stupka E., Gardner J., von Kalle C., Bordignon C., Ciceri F., Rovelli A., Roncarolo 
M.G., Aiuti A., Sessa M. and Naldini L. Lentiviral hematopoietic stem cell gene therapy benefits 
metachromatic leukodystrophy. Science. 2013 Aug 23;341(6148): 1233158. doi: 10.1126/science.  
* These authors contributed equally to this work.  
Featured in:   
Perspective: Verma I. Science 2013 Aug 23; 341(6148):853-5. 
News & Views: Leboulch P. Nature 2013 Aug 15; 500(7462):280-2. 
Previews: Williams D.A. Cell Stem Cell 2013 Sep 5; 263-264 

http://www.ncbi.nlm.nih.gov/pubmed/25270076
http://www.ncbi.nlm.nih.gov/pubmed/25270076
http://www.ncbi.nlm.nih.gov/pubmed/25270076
http://www.ncbi.nlm.nih.gov/pubmed/24441399
http://www.ncbi.nlm.nih.gov/pubmed/24441399
http://www.ncbi.nlm.nih.gov/pubmed/23970689


 
 

Research Highlights: the Editor, Molecular Therapy Aug 23;21(8):1469 
Times Cited: 830 

 
• 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., Von 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.‡ Naldini L.‡. Lentivirus-based 
Gene Therapy of Hematopoietic Stem Cells in Wiskott-Aldrich Syndrome. Science. 2013 Aug 23; 
341(6148): 1233151.  
§Equal second author contribution ‡These authors contributed equally to this work 
Featured in:   
Perspective: Verma I. Science 2013 Aug 23;341(6148):853-5. 
News & Views: Leboulch P. Nature 2013 Aug 15; 500(7462):280-2. 
Previews: Williams D.A. Cell Stem Cell 2013 Sep 5; 263-264 
Research Highlights: the Editor, Molecular Therapy Aug 23;21(8):1469 .             

Times Cited: 738 
 

• Zonari E., Pucci F., Saini M., Mazzieri R., Politi LS., Gentner B., Naldini L. A role for miR-155 in 
enabling tumor-infiltrating innate immune cells to mount effective anti-tumor responses.  
Blood. 2013 Jul 11;122(2):243-52. 

Times Cited: 74 
 

• Casucci M., Nicolis di Robilant B., Falcone L., Camisa B., Norelli M., Genovese P., Gentner B., Gullotta 
F., Ponzoni M., Bernardi M., Marcatti M., Saudemont A., Bordignon C., Savoldo B., Ciceri F., Naldini 
L., Dotti G., Bonini C., Bondanza A. CD44v6-targeted T cells mediate potent antitumor effects against 
acute myeloid leukemia and multiple myeloma. Blood. 2013 Nov 14;122(20):3461-72. 

Times Cited: 202 
 

• Ranzani M., Cesana D.*, Bartholomä CC.*, Sanvito F., Pala M., Benedicenti F., Gallina P., Sergi Sergi 
L., Merella S., Bulfone A., Doglioni C., von Kalle C., KimYJ., Schmidt M., Tonon G.,  Naldini L. and 
Montini E. Lentiviral vector-based insertional mutagenesis identifies new cancer genes involved in 
the pathogenesis of hepatocellular carcinoma. Nature Methods. 2013 Feb;10(2):155-61.* Equal 
contribution: DC and CCB. Co-senior corresponding authors: LN and EM. 

Times Cited: 55 
 
• Amendola M., Giustacchini A., Gentner B. and Naldini L. A Double Switch Vector System Positively 

Regulates Transgene Expression by Endogenous microRNA Expression (miR-ON Vector). Mol Ther. 
2013 May;21(5):934-46. 

Times Cited: 22 
 

• Lechman ER.*, Gentner B.*, van Galen P.*, Giustacchini A.*, Saini M., Boccalatte FE., Hiramatsu H., 
Restuccia U., Bachi A., Voisin V., Bader GD., Dick JE. and Naldini L. Attenuation of miR-126 Activity 
Expands HSC In Vivo without Exhaustion. Cell Stem Cell. 2012 Dec 7;11(6):799-811.  
*Co-first authors: ERL, BG, PvG and AG. Co-senior corresponding authors: LN and JED. 
Selected for : F1000Prime Hematology Faculty 

Times Cited: 138 
 

• Cantore A*, Nair N*, Della Valle P, Di Matteo M, Màtrai J, Sanvito F, Brombin C, Di Serio C, D'Angelo 
A, Chuah M, Naldini L and Vandendriessche T. Hyperfunctional coagulation factor IX improves the 
efficacy of gene therapy in hemophilic mice. Blood. 2012 Nov 29; 120(23):4517-20. 
* Co-first authors: AC and NN. Co-senior corresponding authors: LN and TV. 
Featured in:   

http://www.ncbi.nlm.nih.gov/pubmed/23970689
http://www.ncbi.nlm.nih.gov/pubmed/23487026
http://www.ncbi.nlm.nih.gov/pubmed/23487026
http://www.ncbi.nlm.nih.gov/pubmed/24016461
http://www.ncbi.nlm.nih.gov/pubmed/24016461
http://www.ncbi.nlm.nih.gov/pubmed/23142521
http://www.ncbi.nlm.nih.gov/pubmed/23142521
http://www.ncbi.nlm.nih.gov/pubmed/23043073
http://www.ncbi.nlm.nih.gov/pubmed/23043073


 
 

Commentary: Lozier J. Blood 2012 Nov 29;120(23):4452-3. 
Times Cited: 70 

 
• Cesana D*,  Sgualdino J*, Rudilosso L, Merella S, Naldini L and Montini E. Whole transcriptome 

characterization of aberrant splicing events induced by lentiviral vector integrations. J Clin Invest. 
2012 May 1;122(5):1667-76. 
Co-first authors: DC and JS. 
Featured in: 
Research Highlights: Trono D. J Clin Invest. 2012. May ;122(5):1600-2.  
Research Highlights: Kreisberg J. Nature Biotechnology 2012 Jun 7;30(6):508. 

       Times Cited: 80 
 

• Provasi E*, Genovese P *, Lombardo A, Magnani Z, Liu PQ., Reik A, Chu V, Paschon D.E., Zhang L., 
Kuball J., Camisa B., Bondanza A., Casorati ., Ponzoni M., Ciceri F., Bordignon C., Greenberg P.D., 
Holmes M.C., Gregory Philip D., Naldini L. and Bonini C. Editing T cell specificity towards leukemia by 
zinc-finger nucleases and lentiviral gene transfer. Nature Medicine. 2012 May; 18(5):807-15.   
* Co-first authors: EP and PG. Corresponding authors: LN and CB. 
Featured in: 
Research Highlights: Kreisberg J. Nature Biotechnology 2012. May 7; 30(5):411.  

Times Cited: 300 
 

• Di Stefano B.*, Maffioletti S.M.*, Gentner B.*, Ungaro F., Schira G., Naldini L. and Broccoli V. 
A miRNA-Based System for Selecting and Maintaining the Pluripotent State in Human Induced 
Pluripotent Stem Cells. Stem Cells. 2011 Nov; 29(11): 1684-95. * Co-first authors: BDS, SMM and BG. 
Co-senior authors: LN and VB. 

Times Cited: 24  
 

• Lombardo A., Cesana D., Genovese P., Di Stefano B., Provasi E., Colombo D., Neri M., Magnani Z., 
Cantore A., Lo Riso P., Damo M. and Muniz Pello O., Holmes M.C., Gregory P.D., Gritti A., Broccoli V., 
Bonini C. and Naldini L. Site-specific integration and in situ tailoring of cassette design allow 
"sustainable" gene transfer. Nat Methods. 2011 Aug 21;8(10):861-9. 
Featured in: 

       Perspective: Sadelain M, Papapetrou EP, Bushman FD. Nat Rev Cancer. 
       Dec 1;12:51-8.2011 

                                                                                                           Times Cited: 235 
 

• Gabriel R. §, Lombardo A. §, Arens A., Miller J.C., Genovese P., Kaeppel C., Nowrouzi A., Bartholomae 
CC., Wang J., Friedman G., Holmes M.C., Gregory P.D., Glimm H., Schmidt M., Naldini L. * and von 
Kalle C*. An unbiased genome-wide analysis of zinc finger nuclease specificity. Nat Biotechnol. 2011 
Aug 7;29(9):816-23. § equal contribution * senior authorship  
Featured in: 
Research Highlights: Casci T. Nature Reviews in Genetics. Aug 31;12(10):667. 2011  
Community Corner:  Nature Medicine. Oct 11;17(10):1192-3. 2011 
News:H.Ledford. Nature News. 7 August 2011 
News and Views: Mussolino C. and Cathomen T. Nature Methods. 8,725–726. 2011 

Times Cited: 394 
                          

• Mátrai J.*, Cantore A*., Bartholomae CC*., Annoni A*., Wang W., Acosta-Sanchez A., Samara-Kuko 
E., De Waele L., Ma L., Genovese P., Damo M., Arens A., Goudy K., Nichols T.C., von Kalle C., L Chuah 
M.K., Roncarolo M.G., Schmidt M., Vandendriessche T. and Naldini L. Hepatocyte-targeted 
expression by integrase-defective lentiviral vectors induces antigen-specific tolerance in mice with 
low genotoxic risk. Hepatology. 2011 May;53(5):1696-707. 
Co-first authors: JM, AC, CCB and AA. Co-senior corresponding authors: LN, TV, MS and  

http://www.ncbi.nlm.nih.gov/pubmed/22523063
http://www.ncbi.nlm.nih.gov/pubmed?term=Technology%3A%20Keeping%20ZFNs%20on%20target%20
http://www.ncbi.nlm.nih.gov/pubmed?term=Zinc%20fingers%20hits%20off%20target
News:H.Ledford
http://www.ncbi.nlm.nih.gov/pubmed?term=Zinc%20fingers%20hits%20off%20target


 
 

MGR.  
Times Cited: 105 

 
• Biffi A, Bartolomae CC, Cesana D, Cartier N, Aubourg P, Ranzani M, Cesani M, Benedicenti F, Plati T, 

Rubagotti E, Merella S, Capotondo A, Sgualdino J, Zanetti G, von Kalle C, Schmidt M, Naldini L. and 
Montini E. Lentiviral-vector common integration sites in preclinical models and a clinical trial reflect 
a benign integration bias and not oncogenic selection. Blood. 2011 May 19;117(20):5332-9. Co-
senior authors: LN and EM.  

Times Cited: 160 
 

• Mazzieri R.*, Pucci F.*, Moi D., Zonari E., Ranghetti A., Berti A., Politi L.S., Gentner B., Brown J.L., 
Naldini L., and De Palma M. Targeting the Angiopoietin-2/TIE2 axis Inhibits Tumor Progression and 
Metastasis by Impairing Angiogenesis and Disabling Rebounds of Proangiogenic Myeloid Cells. 
Cancer Cell. 2011, Apr 12;19(4):512-26. Co-first authors: RM and FP. Co-senior corresponding 
authors: LN and MDP. 
Featured in: 
Preview: Lewis & Ferrara: Cancer Cell 2011 Apr 12;19(4):431-3  

       Breaking advance: Cancer Research, 2011 Apr 15.  
       Featured Cover Article 

Times Cited: 381 
 

• Gentner B.*, Visigalli I.*, Hiramatsu H*., Lechman E*., Ungari S., Giustacchini A., Schira G., Amendola 
M. , Quattrini A., Martino S., Orlacchio A., Dick J., Biffi A. and Naldini L. Identification of hematopoietic 
stem cell-specific miRNAs enables Gene Therapy of Globoid Leukodystrophy. Science Translational 
Medicine. 2010. Nov17;2(58):58ra84. Co-first authors: BG, IV, HH and EL. Co-senior corresponding 
authors: AB and LN. 

      Featured in:   
Commentary: Burgess. Nat Rev Genet. 2011 Jan;12(1):4. 
Clinical applications of basic research: Orchard & Wagner.N Engl J Med. 2011 Feb 10;364(6):572-3. 

Times Cited: 152 
 

• Visigalli I., Delai S., Politi L.S., Di Domenico C., Cerri F., Mrak E., D'Isa R.,Ungaro D., Stok M., Sanvito 
F., Mariani E., Staszewsky L., Godi C., Russo I., Cecere F., Del Carro U., Rubinacci A., Brambilla R., 
Quattrini A., Di Natale P., Ponder K., Naldini L. and Biffi A. Gene therapy augments the efficacy of 
hematopoietic cell transplantation and fully corrects Mucopolysaccharidosis type I phenotype in the 
mouse model. Blood. 2010 Dec 9;116(24):5130-9. Epub 2010 Sep 16. 

Times Cited: 118 
 

    
• Annoni A.*, Brown B.D.*, Cantore A., Sergi Sergi L., Naldini L. and Roncarolo M.G. In vivo Delivery of 

a MicroRNA Regulated Transgene Induces Antigen-specific Regulatory T Cells and Promotes 
Immunological Tolerance. Blood. 2009 Dec 10;114(25):5152 61. Co-first authors: AA and BDB. Co-
senior authors: LN and MGR. 

Times Cited: 101 
 

• Pucci F.*, Venneri M.A*., Biziato D., Nonis A., Moi D., Sica A., Di Serio C., Naldini L. and De Palma M. 
A distinguishing gene signature shared by tumor-infiltrating Tie2-expressing monocytes (TEMs), 
blood “resident” monocytes and embryonic macrophages suggests common functions and 
developmental relationships. Blood. 2009 Apr 21. Jul 23; 114(4):901-14. Co-first authors: FP and 
MAV. Co-senior corresponding authors: LN & MDP. 
Featured in: 

       Preview: Yoder: Blood, Jul 23; 114(4):756-7    
Times Cited: 266 



 
 

 
 

• Amendola M., Passerini L., Pucci F., Gentner B., Bacchetta R. and Naldini L. Regulated and 
Multiple miRNA and siRNA Delivery into Primary Cells by a Lentiviral Platform.   
Molecular Therapy. 2009 Jun;17(6):1039-52. 

Times Cited:  69 
 

• Montini E.*, Cesana D.*, Schmidt M., Sanvito F., Bartholomae C., Ranzani M., Benedicenti F., Sergi 
Sergi L., Ambrosi A., Ponzoni M., Doglioni C., Di Serio C., von Kalle C. and Naldini L. The genotoxic 
potential of retroviral vectors is strongly modulated by vector design and integration site selection 
in a mouse model of hematopoietic stem cell gene therapy. Journal of Clinical Investigation. 2009, 
Apr;119(4):964-75.  

      * Co-first authors: EM and DC. 
Featured in:                         
Commentary: U. Modlich&C.Baum. J Clinical Investigation 2009 119(4):755–758. 

     Times Cited: 415 
     

• Gentner B., Schira G., Giustacchini A., Amendola M., Brown B.D., Ponzoni M. and Naldini L. Stable 
Knockdown of microRNA in Vivo by Engineered Lentiviral Vectors. Nature Methods. 2009 
Jan;6(1):63-6. 
Featured in:  

       News and Views: Medina & Slacks. Nature Methods 2009                                    
  Times Cited: 258 

 
• De Palma M.*, Mazzieri R.*, Politi L.S., Pucci F., Zonari E., Mazzoleni S., Sitia G., Moi D.,  Venneri M.A., 

Indraccolo S., Falini A., Guidotti L.G., Galli R. and Naldini L. Tumor-targeted interferon-α delivery by 
Tie2-expressing monocytes inhibits tumor growth and metastasis. Cancer Cell. 2008 Oct 7;14(4):299-
311. *Co-first authors: MDP and RM. Corresponding authors: LN and MDP.         

Times Cited: 194 
 

• Santoni de Sio F.R., Gritti A., Cascio P., Neri M., Sampaolesi M., Galli C., Luban J. and Naldini L. 
Lentiviral Vector Gene Transfer is limited by the proteasome at post-entry steps in various Types of 
Stem Cells. Stem Cells. 2008 Aug;26(8):2142-52.      

Times Cited: 39 
 

• Lombardo A., Genovese P., Beausejour C.M., Colleoni S., Lee Y.L., Kim K.A., Ando D., Urnov F., Galli 
C., Gregory P.D., Holmes M.C. and Naldini L. Gene Editing in Human Stem Cells Using Zinc Finger 
Nucleases and Integrase-Defective Lentiviral Vector Delivery. Nature Biotechnology. 2007 Nov; 
25(11):1298-306. 
Featured in: 
Preview: L.M Ptaszek,  C.A Cowan. Cell Stem Cell 1 (6), pp. 600-602; 2007. 
Research Highlight: L.Flintoft. Nature Reviews in Genetics. Dec 8, 908-909.    

Times Cited: 693 
 

• Brown B.D.*, Gentner B.*, Cantore A., Colleoni S., Amendola M., Zingale A., Baccarini A., Lazzari G., 
Galli C. and Naldini L. Endogenous microRNA can be broadly exploited to regulate transgene 
expression according to tissue, lineage and differentiation state. Nature Biotechnology. 2007 
Dec;25(12):1457-1467. Co-first authors: BDB and BG.    

Times Cited: 420 
 

• Brown B.D., Cantore A., Annoni A., Sergi Sergi L., Lombardo A., Della Valle P.,D'Angelo A. and Naldini 
L. A microRNA-regulated lentiviral vector mediates stable correction of Hemophilia B mice. Blood. 
Plenary paper 2007 Dec 15;110(13):4144-52.  

http://www.scopus.com/authid/detail.url?origin=resultslist&authorId=36057047500&zone=
http://www.scopus.com/authid/detail.url?origin=resultslist&authorId=7103083306&zone=
http://www.scopus.com/source/sourceInfo.url?sourceId=6100153018&origin=resultslist
http://www.ncbi.nlm.nih.gov/pubmed?term=Technology%3A%20Keeping%20ZFNs%20on%20target%20##


 
 

Times Cited: 197 
 

• Venneri M.A., De Palma M., Ponzoni M., Pucci F., Scielzo C., Zonari E., Mazzieri R., Doglioni C. and 
Naldini L. Identification of Proangiogenic TIE2-Expressing Monocytes (TEMs) in Human Peripheral 
Blood and Cancer. Blood. 2007 Jun 15; 109(12):5276-85.  
Featured in:   
Preview:Coukos: Blood, Jun 15;109(12):5076     

Times Cited: 339 
 

• Brown B.D., Sitia G., Annoni A., Hauben E., Sergi Sergi L., Zingale A., Roncarolo M.G., Guidotti L.G. and 
Naldini L. In vivo administration of lentiviral vectors triggers a type I interferon response that restricts 
hepatocyte gene transfer and promoters vector clearance. Blood. 2007 Apr 109(7):2797-805.   

Times cited: 127 
 

• Biffi A., Capotondo A., Fasano S., Del Carro U., Marchesini S., Azuma H., Malaguti M.C., S. Amadio S., 
Brambilla R., Grompe M., Bordignon C., Quattrini A. and Naldini L. Gene Therapy of metachromatic 
leukodystrophy reverses neurological damage and deficits in mice. Journal of Clinical Investigation. 
2006 Nov;116 (11):3070-82.  

Times Cited: 152 
 
• Montini E., Cesana D., Schmidt M., Sanvito F., Ponzoni M., Sergi Sergi L., Benedicenti F., Bartholomae 

C., Ambrosi A., Di Serio C., Doglioni C., von Kalle C. and L. Naldini. Hematopoietic Stem Cell Gene 
Transfer in a Tumor-Prone Mouse Model Uncovers Low Genotoxicity of Lentiviral Vector Integration. 
Nature Biotechnology. 2006 Jun;24(6):687-96      

Times Cited: 548 
 
• Santoni de Sio F.R., Cascio P., Zingale A., Gasparini M. and Naldini L. Proteasome Activity Restricts 

Lentiviral Gene Transfer in Hematopoietic Stem Cells and is Down-Regulated by Cytokines that 
Enhance Transduction. Blood. 2006 Jun 1;107(11):4257-65.       

Times Cited: 62 
 
• Brown B.D., Venneri M.A. , Zingale A., Sergi Sergi L. and Naldini L. Endogenous microRNA Regulation 

Suppresses Transgene Expression in Hematopoietic Lineages and Enables Stable Gene Transfer. 
Nature Medicine. 2006 May;12(5):585-91.   

Times Cited: 361 
 

• De Palma M.*, Venneri M.A.*, Galli R., Sergi Sergi L., Politi L.S., Sampaolesi M. and Naldini L. Tie2 
Identifies a Hematopoietic Lineage of Pro-Angogenic Monocytes Required for Tumor Vessel 
Formation and a Mesenchymal Population of Pericyte Progenitors. Cancer Cell. 2005 Sep;8(3):211-
26. 
Co-first authors: MDP and MAV.  

 Highlight: Nat. Rev Cancer. 2005 Nov;5(11):842   
Times Cited: 968  

 
• De Palma M., Montini E., Santoni de Sio F.R., Gentile A., Medico E.and Naldini L. Promoter Trapping 

Reveals Significant Differences in Integration Site Selection between MLV and HIV Vectors in Primary 
Hematopoietec Cells. Blood. 2005 Mar 15;105(6):2307-15.   

Times Cited: 148  
 

• Amendola M., Venneri M.A., Biffi A., Vigna E. and Naldini L. Coordinate dual-gene transgenesis by 
Lentiviral Vectors Carrying Synthetic Bidirectional Promotors. Nature Biotechnology. 2005 
Jan;23(1):108-16.   

Times Cited: 233 



 
 

 
• Vigna E., Amendola M., Benedicenti F., Simmons A.D., Follenzi A. and Naldini L. Efficient Tet-

Dependent Expression of Human Factor IX in Vivo by a New Self-Regulating Lentiviral Vector. 
Molecular Therapy. 2005 May;11(5):763-75.       

Times Cited: 51 
 
• Consiglio A., Gritti A., Dolcetta D., Follenzi A., Bordignon C., Gage F.H., Vescovi A.L. and Naldini L. 

Robust in vivo gene transfer into adult mammalian neural stem cells by lentiviral vectors. 
Proceedings National Academy of Sciences of USA. 2004 Oct12;101(41):14835-40.  

Times Cited: 145 
 

• Michieli P., Mazzone M., Basilico C., Cavassa S., Sottile A., Naldini L. and Comoglio P.M. Targeting the 
Tumor and its Microenvironment by a Dual-Function Decoy Met Receptor. Cancer Cell. 2004 
Jul;6(1):61-73.   

Times Cited: 248 
 
• Follenzi A., Battaglia M., Lombardo A., Annoni A., Roncarolo M.G. and Naldini L. Targeting Lentiviral 

Vector Expression to Hepatocytes Limits Transgene-Specific Immune Response and Establishes Long-
Term Expression of Human Antihemophilic Factor IX in Mice. Blood. 2004 May 15;103(10):3700-9. 
  

Times Cited: 168 
 

• Biffi A., De Palma M., Quattrini A., Del Carro U., Amadio S., Visigalli I., Sessa M., Fasano S., Brambilla 
R., Marchesini S., Bordignon C. and Naldini L. Correction of Metachromatic Leukodystrophy in the 
Mouse Model by Transplantation of Genetically Modified Hematopoietic Stem Cells. The Journal of 
Clinical Investigation. 2004 Apr;113(8):1118-29.  

  Featured in: 
Preview: Proia & Wu. J Clin Invest. 2004 Apr;113(8):1108-9 

Times Cited: 235 
 
• De Palma M., Venneri M.A. and Naldini L. In vivo Targeting of Tumor Endothelial Cells by Systemic 

Delivery of Lentiviral Vectors. Human Gene Therapy. 2003 Aug 10;14(12):1193-206.   
 Preview: Jain & Duda. Cancer Cell,2003 Jun;3(6):515-6 

Times Cited: 98  
 
• Cavalieri S., Cazzaniga S., Geuna M., Magnani Z., Bordignon C., Naldini L. and Bonini C. Human T 

Lymphocytes Transduced by Lentiviral Vectors in the absence of TCR-Activation Maintain an Intact 
Immune Competence. Blood. 2003 Jul 15;102(2):497-505.    

Times Cited: 125 
 
• De Palma M., Venneri M.A., Roca C. and Naldini L. Targeting Exogenous Genes to Tumor Angiogenesis 

by Transplantation of Genetically modified Hematopoietic Stem Cells. Nature Medicine. 2003 
Jun;9(6):789-95.  

Times Cited: 483 
 

• Ailles L.L., Schmidt M., Santoni de Sio F., Glimm H., Cavalieri S., Bruno S., Piacibello W., Von Kalle C. 
and Naldini L. Molecular Evidence of Lentiviral Vector Mediated Gene Transfer into Human Self-
Renewing, Multi-Potent, Long-Term NOD/SCID Repopulating Hematopoietic Cells. Molecular 
Therapy. 2002 Nov;6(5):615-26.   

Times Cited: 84 
 



 
 

• Vigna E., Cavalieri S., Ailles L., Geuna M., Loew R., Bujard H. and Naldini L. Robust and Efficient 
Regulation of Transgene Expression in Vivo by Improved Tetracycline-Dependent Lentiviral Vectors. 
Molecular Therapy. 2002 Mar;5(3):252-61.  

Times Cited: 115 
 
• Follenzi A., Sabatino G., Lombardo A., Boccaccio C. and Naldini L. Efficient Gene Delivery and 

Targeted Expression to Hepatocytes In Vivo by Improved Lentiviral Vectors. Human Gene Therapy. 
2002;13: 243-260. 

Times Cited: 207 
 

• Farson D., Witt R., McGuinness R., Dull T., Kelly M., Song J., Radeke R., Bukovsky A., Consiglio A. and 
Naldini L. A New-Generation Stable Inducible Packaging Cell Line for Lentiviral Vectors. Human Gene 
Therapy. 2001 May 20;12(8):981-97.  

Times Cited: 115 
 
• Consiglio A., Quattrini A., Martino S., Bensadoun J.C., Dolcetta D., Trojani A., Benaglia G.,  Marchesini 

S., Cestari V., Oliverio A., Bordignon C. and Naldini L. In Vivo Gene Therapy of Metachromatic 
Leukodystrophy by Lentiviral Vectors: Correction of Neuropathology and Protection Against Learning 
Impairments in Affected Mice. Nature Medicine. 2001 Mar;7(3):310-6.  

Times Cited: 174 
 

• Follenzi A., Ailles L.E., Bakovic S., Geuna M. and Naldini L. Gene transfer by lentiviral vectors is limited 
by nuclear translocation and rescued by HIV-1 pol sequences. Nature Genetics. 2000 Jun;25(2):217-
22.  

Times Cited: 756 
 
• Guenechea G., Gan O., Inamitsu T., Dorrell C., Pereira D., Kelly M., Naldini L. and Dick J.E. 

Transduction of CD34+CD38- bone marrow and cord blood-derived SCID-Repopulating Cells with 
third-generation Lentiviral Vectors. Molecular Therapy. 2000 Jun;1(6):566-73.     

  Times Cited: 152 
 

• Park F., Ohashi K., Chiu W., Naldini L. and Kay M.A. Efficient lentiviral transduction of liver requires 
cell cycling in vivo. Nature Genetics. 2000 Jan;24(1):49-52. 

Times Cited: 201 
 
• Bukovsky A., Song J.-P., and Naldini L. Interaction of Human Immunodeficiency Virus-Derived Vectors 

with Wild-Type Virus in Transduced Cells. Journal of Virology. 1999 Aug;73(8):7087-92.   
Times Cited: 101 

 
• Case S.S., Price M.A., Jordan C.T., Yu X.J., Wang L.J., Bauer G., Haas D.L.,Xu D., Stripecke R., Naldini L., 

Kohn D.B. and Crooks G.M. Stable Transduction of Quiescent CD34+CD38- Human Hematopoietic 
Cells by HIV-1 Based Lentiviral Vectors. Proceedings National Academy of Sciences of the USA. 1999 
Mar 16;96(6):2988-93. 

Times Cited: 338 
 
• Zufferey R., Dull T., Mandel R.J., Bukovsky A., Quiroz D., Naldini L. and Trono D. Self-Inactivating 

Lentiviral Vector For Safe And Efficient In Vivo Gene Delivery. Journal of Virology. 1998 
Dec;72(12):9873-80.  

Times Cited: 1,331 
 
• Dull T., Zufferey R., Kelly M., Mandel R.J., Nguyen M., Trono D. and Naldini L. A Third-Generation 

Lentiviral Vector with a Conditional Packaging System.  Journal of Virology. 1998 Nov;72(11):8463-
71.  



 
 

Times Cited: 2,102 
 
• Zufferey R., Nagy D., Mandel R.J., Naldini L. and Trono D. Multiply Attenuated Lentiviral Vector 

Achieves Efficient Gene Delivery In Vivo. Nature Biotechnology. 1997 Sep;15(9):871-5. 
Times Cited: 1,473 

 
• Naldini L., Blômer U., Gage F. H., Trono D. and Verma I.M. Efficient Transfer, Integration, and 

Sustained Long-Term Expression of the Transgene in Adult Rat Brains Injected with a Lentiviral 
Vector. Proceedings National Academy of Sciences of the USA. 1996 Oct 15;93(21):11382-8.    

Times Cited: 1,190 
 
• Naldini L., Blômer U., Gallay P., Ory D., Mulligan R., Gage F. H., Verma I. M. and Trono D. In vivo  Gene 

Delivery and Stable Transduction of Nondividing Cells by a Lentiviral Vector. Science. 1996 Apr 
12;272(5259):263-7.    

Times Cited: 3,730 
 
• Naldini L., Vigna E., Bardelli A., Follenzi A., Galimi F. and Comoglio P. M. Biological Activation of pro-

HGF (Hepatocyte Growth Factor) by Urokinase is Controlled by a Stoichiometric Reaction. The 
Journal of Biological Chemistry. 1995 Jan 13;270(2):603-11.   

Times Cited: 225 
 
• Naldini L., Tamagnone L., Vigna E., Sachs M., Hartmann G., Birchmeier W., Daikuhara Y.,  Tsubouchi 

H., Blasi F. and Comoglio P.M. Extracellular Proteolytic Cleavage by Urokinase is required for 
Activation of Hepatocyte Growth Factor/Scatter Factor. EMBO Journal. 1992;11:4825-4833.    

Times Cited: 494 
 
• Naldini L, Weidner KM, Vigna E, Gaudino G, Bardelli A, Ponzetto C, Narsimhan RP,  Hartmann G, 

Zarnegar R, Michalopoulos GK, Birchmeier  W and Comoglio PM. Scatter Factor and Hepatocyte 
Growth Factor are Indistinguishable Ligands for the Met Receptor. EMBO Journal. 1991;10:2867-
2878.   

Times Cited: 564 
 

• Naldini L, Vigna E, Ferracini R., Longati P., Gaudino L., Prat M. and Comoglio P.M. The Tyrosine Kinase 
Encoded by the MET  Proto-oncogene is Activated by Autophosphorylation. Molecular and Cellular 
Biology. 1991;11:1793-1803.    

Times Cited: 144 
 
• Naldini L, Vigna E, Narsimhan R, Gaudino G, Zarnegar R, Michalopoulos GK and Comoglio PM. 

Hepatocyte Growth Factor (HGF) Stimulates the Tyrosine Kinase Activity of the Receptor Encoded by 
the Proto-Oncogene c-MET.  Oncogene. 1991;6:501-504.                                              

Times Cited: 634  
 

 



 
 

Invited Reviews and Commentaries 

 

• Lovell-Badge R, Anthony E, Barker RA, Bubela T, Brivanlou AH, Carpenter M, Charo RA, Clark A, 
Clayton E, Cong Y, Daley GQ, Fu J, Fujita M, Greenfield A, Goldman SA, Hill L, Hyun I, Isasi R, Kahn J, 
Kato K, Kim JS, Kimmelman J, Knoblich JA, Mathews D, Montserrat N, Mosher J, Munsie M, Nakauchi 
H, Naldini L, Naughton G, Niakan K, Ogbogu U, Pedersen R, Rivron N, Rooke H, Rossant J, Round J, 
Saitou M, Sipp D, Steffann J, Sugarman J, Surani A, Takahashi J, Tang F, Turner L, Zettler PJ, Zhai X. 
ISSCR Guidelines for Stem Cell Research and Clinical Translation: The 2021 update. Stem Cell Reports. 
2021 Jun 8; 16(6):1398-1408. 

Times Cited: 8 
 
• Cantore A, Naldini L. WFH State-of-the-art paper 2020: In vivo lentiviral vector gene therapy for 

haemophilia. Haemophilia 2020 Jun 14. 
Times Cited: 5 

 
• Gentner B, Naldini L. In Vivo Selection for Gene-Corrected HSPCs Advances Gene Therapy for a Rare 

Stem Cell Disease. Cell Stem Cell 2019 Nov 7;25(5):592-593.  
Times Cited: 2  

 
• Naldini L. Genetic engineering of hematopoiesis: current stage of clinical translation and future 

perspectives. EMBO Mol Med. 2019 Jan 22. 201809958.  
Times Cited: 48  

 
• Naldini L.  Ask the Expert. Cell Stem Cell. 2018 June 1;797-800. 
   
• Naldini L., Trono D, Verma IM. Lentiviral vectors, two decades later. Science. 2016 Sep 

9;353(6304):1101-2. 
Times Cited: 63 

 
• Aiuti A., Naldini L. Safer conditioning for blood stem cell transplants. Nature Biotechnology. 2016 Jul 

12;34(7):721-3. 
Times Cited: 13 

 
• Naldini L. Gene therapy returns to centre stage. Nature. 2015 Oct 15;526(7573):351-60.  

Times Cited: 727 
 

• Ballabio A., Naldini L. Fighting rare diseases: the model of the Telethon Research Institutes in Italy. 
Hum Gene Ther. 2015 Apr;26(4):183-5. 

                                                                                                                                                                Times Cited: 1  
 

• Kajaste-Rudnitski A., Naldini L. Cellular Innate Immunity and Restriction of Viral Infection: 
Implications for Lentiviral Gene Therapy in Human Hematopoietic Cells. Hum Gene Ther. 2015 Apr 
13.  

Times Cited: 21 
 

• Lombardo A., Naldini L. Genome Editing: A Tool For Research and Therapy: Targeted genome editing 
hits the clinic. Nat Med. 2014 Oct 8;20(10):1101-3.  

Times Cited: 16 
 

• Gentner B. and Naldini L. Exploiting microRNA regulation for genetic engineering. Tissue Antigens. 
2012 Nov;80(5):393-403. 

Times Cited: 26 

http://www.ncbi.nlm.nih.gov/pubmed/?term=Ballabio%20A%5BAuthor%5D&cauthor=true&cauthor_uid=25901396
http://www.ncbi.nlm.nih.gov/pubmed/?term=Naldini%20L%5BAuthor%5D&cauthor=true&cauthor_uid=25901396
http://www.ncbi.nlm.nih.gov/pubmed/23020307


 
 

 
• Naldini L. Ex vivo gene transfer and correction for cell-based therapies. Nat Rev Genet. 2011 

May;12(5):301-15.  
Times Cited: 278 

 
• De Palma M. and Naldini L. Angioprotein-2 TIEs Up Macrophages in Tumor Angiogenesis. Clin Cancer 

Res. 2011 Aug 15;17(16):5226-32.                                                                                                        
Times Cited:  72 

     
• L. Naldini. A comeback for Gene Therapy. Science 2009 Nov 6;326(5954):805-6.  

Times Cited: 49 
 

• Brown B.D. and Naldini L. Exploiting and antagonizing miRNA regulation for therapeutic and 
experimental applications. Nature Reviews Genetics 2009 Aug.;10(8):578-85. 

Times Cited: 314 
 

• De Palma M., Murdoch C., Venneri M.A., Naldini L. and Lewis C.E. Tie2-expressing Monocytes: 
Regulation of Tumor Angiogenesis  and Therapeutic Implications. Trends Immunology. 2007 
Dec;28(12):545-50.  

Times Cited: 210 
 
• Lewis C.E., De Palma M. and Naldini L. Tie2-expressing Monocytes: Regulation by Hpoxia and 

angioprotein. Cancer Research. 2007 Sep15;67(18):8429-32.   
Times Cited: 196 

 
• De Palma M. and Naldini L. Role of Haematopoietic Cells and Endothelial. Progenitors in Tumor 

Angiogenesis. BBA-Reviews on Cancer. 2006  Aug;1766(1):159-66.    
Times Cited: 88 

 
• Naldini L. Inserting Optimism into Gene Therapy. Nature Medicine. 2006 Apr;12(4):386-8. 

Times Cited: 13 
 

• Biffi A. and Naldini L. Gene Therapy of Storage Disorders by Retroviral and Lentiviral Vectors. Human 
Gene Therapy. 2005 Oct;16(10):1133-42.  

Times Cited: 39 
 
• Kay M.A., Glorioso J. and Naldini L. Viral Vectors for Gene Therapy: the art of turning infectious 

agents into vehicles of therapeutics. Nature Medicine. 2001 Jan;7(1):33-40.   
Times Cited: 1029 

  



 
 

List of researchers who trained under Luigi Naldini 
 

 
 
Ph.D. students    Years 
 
Michele De Palma    2000-2004                   
Mary A. Venneri    2001-2005           
Francesca R. Santoni de Sio  2003-2006                
Mario Amendola    2003-2007 
Angelo L. Lombardo   2004-2011 
Ilaria Visigalli     2005-2009 
Daniela Cesana    2006-2010      
Ferdinando Pucci    2007-2011     
Marco Ranzani    2008-2012 
Erika Zonari     2008-2012        
Alessio Cantore    2008-2012 
Pietro Genovese    2009-2013 
Francesco Boccalatte              2009-2014  
Alice Giustacchini    2010-2013 
Claudia Firrito     2012-2016      
Giulia Escobar     2012-2016 
Giulia Schiroli     2013-2017 
Michela Milani    2015-2019 
Samuele Ferrari    2016-2020 
Aurelien Jacob    2016-2020 
Valentina Vavassori   2017-2020 
Maura Manzi     2017-2020 
Filippo Birocchi    2017-2020 
Thomas Kerzel    2018- 
Daniele Canarutto    2019-  
Federico Rossari     2019- 
Chiara Bresestri    2020- 
Martina Fiumara    2020- 
Marco Notaro     2020- 
Gabriele Pedrazzani   2020- 
 
 
Post-Doctoral Fellows Years    Current Position 
 
Laurie Ailles, Ph.D  1998-2001   Research Scientist, Weissman’s Lab, Stanford 

University, CA; (since 2008) Scientist, Ontario 
Cancer Institute, Toronto, CA 

    
Antonia Follenzi, M.D. 1998-2003   ESCGT Young Investigator Award 2008; 
         Scientist, Gupta’s Lab, Albert Einstein College of 

Medicine, NY; Full Professor, University of 
Piemonte Orientale, Novara, IT  

          
Elisa Vigna, Ph.D.   1998-2003   Scientist, Institute for Cancer Research and Cure 

(IRCC), Candiolo, Torino, IT 
 



 
 

Brian D. Brown, Ph.D. 2003-2007   Full Professor, Mount Sinai School of Medicine, 
New York, USA (2018); Assoc. Director of 
Mount Sinai's Precision Immunology Institute and 
acting Director of the Icahn Genomics Institute 
(IGI)    

         
Michele De Palma, Ph.D. 2005-2006   ESCGT Young Investigator Award 2007 
         Group Leader, San Raffaele Scientific Institute, 

Milan, IT; Associate Professor, School of Life 
Sciences and Executive Director, Agora Cancer 
Research Center, Swiss Federal Institute of 
Technology Lausanne (EPFL), CH  

 
Alessandra Biffi, M.D. 2003-2006   ASGCT Outstanding New Investigator Award 

2010; Director, Gene Therapy Program, Associate 
Professor, Harvard Medical School, Boston, MA, 
and Full Professor, University of Padova, IT 

 
Eugenio Montini, Ph.D. 2003-2007   ESCGT Young Investigator Award 2008  
         ASGCT Outstanding New Investigator Award 

2015; Group Leader, San Raffaele Scientific 
Institute, Milan, IT       

 
Mary Anna Venneri, Ph.D. 2005-2010   Associate Professor, University of Rome, IT 
 
Roberta Mazzieri, Ph.D.  2006-2012    Senior Research Fellow, University of 

Queensland, Diamantina Research Institute, 
Brisbane, AU 

 
Mario Amendola   2003-2010   Post-doctoral fellow, Netherlands Cancer 

Institute, Amsterdam NL; Group Leader, 
INSERM, Genethon Institute, Paris, FR 

 
Francesca Santoni de Sio 2003-2007   Scientist, San Raffaele Scientific Inst., Milan, IT  
 
Angelo L. Lombardo              2011-2013   ESCGT Young Investigator Award 2011; (since 

2013) Group Leader, SR-Tiget, Milan, IT and 
Associate Professor, San Raffaele University 
(2021) 

 
Bernhard Gentner, M.D. 2006-2015   ESCGT Young Investigator Award 2011; 
         (since 2015) Haematologist and Group Leader, 

SR-Tiget, Milan, IT; (since 2022) Assoc. 
Professor and Group leader, Oncology Dept., 
University of Lausanne and Ludwig Institute for 
Cancer Research, Lausanne, CH, Lausanne 

 
Alice Giustacchini   2014-2015   Post-doctoral fellow, Oxford University, UK and 

(since 2019) Lecturer, University College 
London, UK 

  

https://icahn.mssm.edu/research/immunology
https://icahn.mssm.edu/research/genomics-institute


 
 

Alessio Cantore   2013-2015   ESCGT Young Investigator Award 2018; 
Assistant Professor, San Raffaele University and 
(since 2020) Group Leader, SR-Tiget, Milan, IT 

 
 
 
Pietro Genovese    2014-2015   ESCGT Young Investigator Award 2016; 

    (since 2019) Assistant Professor, Harvard 
Medical School, Boston, MA  

 
Francesco Boccalatte              2014-2015   Post-doctoral fellow, New York University, NY 
 
Giulia Escobar    2016-2017   Post-doctoral fellow, Brigham and Women’ 

Hospital and Harvard Medical School, MA 
 
Giulia Schiroli     2017-2018   Post-doctoral fellow, Harvard University, MA 
 
Michela Milani    2019 -    Post-doctoral fellow, SR-Tiget, Milan, IT 
 
Claire Latroche    2016 - 2018  Medical student at Sorbonne University, Paris, FR 
 
Attya Omer     2019 -    Post-doctoral fellow, SR-Tiget, Milan, IT 
 
Samuele Ferrari    2020 -    Post-doctoral fellow, SR-Tiget, Milan, T   
 
Valentina Vavassori   2020 -    Post-doctoral fellow, SR-Tiget, Milan, IT 
 
Aurelien Jacob    2020 -    Post-doctoral fellow, SR-Tiget, Milan, IT 
    
Filippo Birocchi    2020 -    Post-doctoral fellow, SR-Tiget, Milan, IT 
     
  
 
 
 


	EMPLOYMENT AND EXPERIENCE
	PROFESSIONAL ACTIVITIES
	SCIENTIFIC ACTIVITY
	 Aiuti A, Roncarolo MG, Naldini L. 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. 2017. 9: 737-740.

