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Bio

BIO
Maria Grazia Roncarolo, MD is the George D. Smith Professor in Stem Cell and Regenerative Medicine, Professor of Pediatrics and of Medicine,

director of the Center for Definitive and Curative Medicine, and co-director of the Institute for Stem Cell Biology and Regenerative Medicine.

Dr. Roncarolo leads efforts to translate scientific discoveries in genetic diseases and regenerative medicine into novel patient therapies, including

treatments based on stem cells and gene therapy.

A pediatric immunologist by training, she earned her medical degree at the University of Turin, Italy. She spent her early career in Lyon, France, where

she focused on severe inherited metabolic and immune diseases, including severe combined immunodeficiency (SCID), better known as the "bubble

boy disease." Dr. Roncarolo was a key member of the team that carried out the first stem cell transplants given before birth to treat these genetic

diseases.

While studying inherited immune diseases, Dr. Roncarolo discovered a new class of T cells. These cells, called T regulatory type 1 cells, help maintain

immune system homeostasis by preventing autoimmune diseases and assisting the immune system in tolerating transplanted cells and organs. Dr.

Roncarolo completed the first clinical trial using T regulatory type 1 cells to prevent severe graft-versus-host disease in leukemia patients receiving

blood-forming stem-cell transplants from donors who were not genetic matches.

Dr. Roncarolo worked for several years at DNAX Research Institute for Molecular and Cellular Biology in Palo Alto, where she contributed to the

discovery of novel cytokines, cell-signaling molecules that are part of the immune response. She studied the role of cytokines in inducing immunological

tolerance and in promoting stem cell growth and differentiation.

Dr. Roncarolo developed new gene-therapy approaches, which she pursued as director of the Telethon Institute for Cell and Gene Therapy at the San

Raffaele Scientific Institute in Milan. She was the principal investigator leading the successful gene therapy trial for SCID patients who lack an enzyme
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critical to DNA synthesis, which is a severe life-threatening disorder. Based on the results of this trial, gene therapy for ADA-SCID has obtained Orphan

drug status from both the FDA and EMEA and it was licensed to Glaxo Smith Klein, which has received European Commission approval to market under

the name of Strimvelis. Under her direction, the San Raffaele Scientific Institute has been seminal in showing the efficacy of gene therapy for otherwise

untreatable inherited metabolic diseases and primary immunodeficiencies.

Dr. Roncarolo established the Stanford Center for Definitive and Curative Medicine to cure patients with currently incurable diseases through the

development of innovative stem cell-and gene-based therapies.

ACADEMIC APPOINTMENTS
• Honorary Faculty Emeritus, Pediatrics - Stem Cell Transplantation

• Member, Bio-X

• Member, Institute for Stem Cell Biology and Regenerative Medicine

• Member, Maternal & Child Health Research Institute (MCHRI)

• Member, Stanford Cancer Institute

ADMINISTRATIVE APPOINTMENTS
• Professor, Departments of Pediatrics and Medicine, Stanford University, (2014- present)

• Director, Stanford Center for Definitive and Curative Medicine (CDCM), (2016-2022)

• Co-Director, Institute for Stem Cell Biology and Regenerative Medicine, Stanford School of Medicine, (2014-2022)

• Division Chief, Pediatric Stem Cell Transplantation and Regenerative Medicine, Stanford School of Medicine, (2014-2019)

• Co-Director, Bass Center for Childhood Cancer and Blood Diseases, Lucile Packard Children's Hospital Stanford, (2014-2019)

HONORS AND AWARDS
• Outstanding Achievement Award, American Society of Gene & Cell Therapy (2017)

• Knighthood "Commendatore dell'Ordine Al Merito della Repubblica Italiana", President of Italy (2014)

• "Gold Apple" Prize for outstanding contribution to science, Marisa Bellisario Foundation (2013)

• Elected Member, Austrian Academy of Sciences (2012)

• Eurordis Scientific Award 2012 for outstanding contributions to the cure of genetic diseases, Eurordis (2012)

• Outstanding Achievement Award for career and pioneering contributions to the field, European Society of Gene and Cell Therapy (2010)

• Elected Member, Academia Europaea of Sciences (2005)

• Nominated "Ufficiale dell'Ordine Al Merito della Repubblica Italiana", President of Italy (2000)

BOARDS, ADVISORY COMMITTEES, PROFESSIONAL ORGANIZATIONS
• Member, Regulatory and Ethics Committee of European Society of Gene and Cell Therapy (ESGCT) (2006 - present)

• Member, Editorial Board for Current Gene Therapy (2006 - present)

• Charter Member, Eureka Institute for Translational Medicine (2008 - present)

• Member, European Group for the Bone and Marrow Transplantation (EBMT) Immunology Working Party (2008 - present)

• Member, Review Editorial Board of Frontiers in Immunological Tolerance (2010 - present)

• Member, Editorial Board for Molecular Therapy: Methods and Clinical Development (2013 - present)

• Member of the Editorial Board, Current Stem Cell Reports (2014 - present)

• Member, Scientific Advisory Board of BC Children's Hospital Research Institute (CHRI) (2014 - present)

• Member, Scientific Advisory Board of Spark Therapeutics (2015 - present)
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• Co-Chair, Scientific Advisory Board of Glaxo Smith Kline Cell and Gene Therapy (CGT) (2016 - present)

• Member, Scientific Program Committee of the Federation of Clinical Immunology Societies (FOCIS) Meeting (2016 - present)

• Member, Editorial Board for Science Immunology (2016 - present)

• Member, External Immunology Board of Glaxo Smith Kline Immunology Network (2015 - 2016)

• Member, Scientific Board of the Association “Festival della Scienza” (2013 - 2014)

• Member, Scientific Advisory Board of the French Rare Diseases Foundation (2012 - 2014)

• Member, Scientific Advisory Board of the Global Health Institute (GIH) Lausanne (2011 - 2014)

• Member, Scientific Committee of the European Congress of Immunology (ECI) (2010 - 2012)

• Member, Scientific Committee of the 2nd International Conference on Immune Tolerance (2010 - 2011)

• Member, Organizing Committee of the Federation of Clinical Immunology Societies (FOCIS) Meeting (2010 - 2011)

• Member, Nominating Committee of the American Society of Gene and Cell Therapy (ASGCT) (2010 - 2011)

• Member, American Society of Hematology (ASH) Committee in Immunology and Host Defense (2009 - 2014)

• Member, Scientific Program Committee of the International Congress of Immunology (ICI) (2009 - 2013)

• Member, Organizing and Scientific Committees of the Federation of European Biochemical Societies (FEBS) (2008 - 2011)

• Chair, Immunology of Gene Therapy Committee of the American Society of Gene and Cell Therapy (ASGCT) (2008 - 2009)

• Member, Program Committee of the American Society of Gene and Cell Therapy (ASGCT) (2008 - 2009)

• Member, Editorial Board for Italian Journal of Pediatrics (2007 - 2014)

• Member, Editorial Board for Human Immunology (2007 - 2014)

• Member, External Scientific Advisory Board of the Tumorzentrum L. Heilmeyer Comprehensive Cancer Center Freiburg (CCCF) (2007 - 2012)

• Member, Membership Committee of the American Society of Gene and Cell Therapy (ASGCT) (2005 - 2011)

• Member, Scientific Committee of the European School of Hematology (ESH) (2004 - 2014)

• Member, Immunology of Gene Therapy Committee of the American Society of Gene and Cell Therapy (ASGCT) (2004 - 2010)

• Member, Scientific Advisory Board of the University of Nantes's Institut de transplantation et de recherche en transplantation (ITERT) (2001 - 2009)

• President, Genethon Scientific Advisory Board of the Association Française contre les Myopathies (AFM) (1999 - 2002)

• Member, Scientific Advisory Board of Kinetix Pharmaceutical (1997 - 2000)

PROFESSIONAL EDUCATION
• M.D., University of Turin, Italy , Medicine (1982)

• Natl. Board, University of Turin, Italy , Pediatrics (1986)

• Natl. Board, University of Milan, Italy , Clinical Immunology (1990)

PATENTS
• Manuela Battaglia, Maria Grazia Roncarolo. "United States Patent 8562974 Method for expanding Cd4+ Cd25+ T regulator cells", Fondazione

Telethon, Ospedale San Raffaele S.R.L., Oct 22, 2013

• Manuela Battaglia, Maria-Grazia Roncarolo. "United States Patent 1869163 Method for expanding cd4+ cd25+ t regulatory cells", Fondazione Centro
San Raffaele Del Monte Tabor, Fondazione Telethon, Sep 11, 2011

• Frank Kolbinger, Herrera José M. Carballido, András Aszodi, José W. Saldanha, Bruce M. Hall, Silvia Gregori, Maria Grazia Roncarolo, Véronique
Loux, Gregorio Aversa, Margit Jeschke. "United States Patent 1664122 Therapeutic humanised antibodies against cd45 isoforms", Novartis AG,
Novartis Pharma GmbH, Mar 17, 2010

• Manuela Battaglia, Maria-Grazia Roncarolo. "Australia Patent 2006217546 Method for expanding cd4+ cd25+ t regulatory cells", San Raffaele Centro
Fond, Fond Telethon, Manuela Battaglia, Maria Grazia Roncarolo, Oct 29, 2009

• Aszodi Andras, Aversa Gregorio, Carballido Herrera Jose M, Gregori Silvia, Hall Bruce M, Jeschke Margit, Kolbinger Frank, Loux Veronique,
Roncarolo Maria Grazia, Saldanha Jose W. "Australia Patent 2004272289 Therapeutic binding molecules", Sep 18, 2008
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• Megan K. Levings, Rene De Waal Malefyt, Maria Grazia Roncarolo. "United States Patent 6,746,670 Regulatory T cells; methods", Schering
Corporation, Jun 8, 2004

• Maria-Grazia Roncarolo, Rene de Waal Malefyt, Rosa Bacchetta, Herve M. Groux, Jan E. de Vries. "United States Patent 6,277,635 Use of
interleukin-10 to produce a population of suppressor cells", Schering Corporation, Aug 21, 2001

• Maria-Grazia Roncarolo. "United States Patent 5,879,937 Cytokine-induced proliferation of amniotic t-cells", Schering Corporation, Mar 9, 1999

• Maria-Grazia Roncarolo. "United States Patent 5,405,751 Prenatal diagnosis by cytokine induced proliferation of fetal T cells", Schering Corporation,
Apr 11, 1995

LINKS
• Pediatric Division of Stem Cell Transplantation and Regenerative Medicine: http://med.stanford.edu/ptrm.html

• Roncarolo Lab: http://med.stanford.edu/roncarololab.html

• Center for Definitive and Curative Medicine: https://med.stanford.edu/cdcm.html

• Institute for Stem Cell Biology and Regenerative Medicine: http://med.stanford.edu/stemcell.html

Research & Scholarship

CURRENT RESEARCH AND SCHOLARLY INTERESTS
Research Interests

Immunetolerance: Mechanisms underlying T-cell tolerance, induction of T-cell anergy and regulatory T cells; Immunomodulation: mAbs, proteins

and low molecular weight compounds which can modulate T-cell activation; Primary immunodeficiencies: Characterization of molecular and

immunological defects; Gene therapy: Gene transduction of hematopoietic cells for gene therapy in primary immunodeficiencies and metabolic diseases;

Hematopoiesis: Mechanisms underlying growth and differentiation of hematopoietic stem cells; Transplantation: Immune reconstitution and T-cell

tolerance after allogenic stem cell transplantation; Cytokines/Cytokine receptors: Role in regulation of immune and inflammatory responses

Clinical Interests

Primary Immunodeficiencies

Monogenic Autoimmune Disorders

Allogenic Bone Marrow Transplantation

Gene Therapy Clinical Trials

Cell Therapy Clinical Trials

Clinical Trials in Autoimmune Diseases and Organ Transplantation

Clinical Trials in Hemoglobinopathies

CLINICAL TRIALS
• CD4^LVFOXP3 in Participants With IPEX, Recruiting

• Stem Cell Transplant From Donors After Alpha Beta Cell Depletion in Children and Adults With T-allo10 Cells Addback, Recruiting

• Donor Umbilical Cord Blood Transplant With or Without Ex-vivo Expanded Cord Blood Progenitor Cells in Treating Patients With Acute Myeloid
Leukemia, Acute Lymphoblastic Leukemia, Chronic Myelogenous Leukemia, or Myelodysplastic Syndromes, Not Recruiting

Publications

PUBLICATIONS

• Distinct type I and II interferon responses direct cortical and medullary thymic epithelial cell development. Science immunology
Mohammed, A., Wang, W., Arreola, M., Solomon, B. D., Slepicka, P. F., Hubka, K. M., Nguyen, H. D., Zheng, Z., Chavez, M. G., Yeh, C. Y., Kim, D.
K., Ma, M. R., Martin, et al
2025; 10 (107): eado4720
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• Clone tracking through repeated malaria identifies high-fidelity memory CD4 T cell responses. Science immunology
Nideffer, J., Bach, F., Nankya, F., Musinguzi, K., Borna, Š., Mantilla, M., Zedi, M., Garcia Romero, A., Gerungan, C., Yang, N., Kim, S., van der Ploeg,
K., Camanag, et al
2025; 10 (106): eads2957

• From promise to practice: CAR T and Treg cell therapies in autoimmunity and other immune-mediated diseases. Frontiers in immunology
Bulliard, Y., Freeborn, R., Uyeda, M. J., Humes, D., Bjordahl, R., de Vries, D., Roncarolo, M. G.
2024; 15: 1509956

• Lentiviral-Mediated Gene Therapy for Patients with Fanconi Anemia [Group a]: Updated Results from Global RP-L102 Clinical Trials
Czechowicz, A. D., Sevilla, J., Booth, C., Zubicaray, J., Rio, P., Navarro, S., Cherry, K., O'Toole, G., Xu-Bayford, J., Ancliff, P., Sebastian, E., Rothe,
M., Bastone, et al
ELSEVIER.2024: 7463-7464

• Transcriptional and epigenetic characterization of a new in vitro platform to model the formation of human pharyngeal endoderm. Genome
biology
Cipriano, A., Colantoni, A., Calicchio, A., Fiorentino, J., Gomes, D., Moqri, M., Parker, A., Rasouli, S., Caldwell, M., Briganti, F., Roncarolo, M. G.,
Baldini, A., Weinacht, et al
2024; 25 (1): 211

• In Utero Hematopoietic Stem Cell Transplantation for Fanconi Anemia. Blood advances
Swartzrock, L., Dib, C., Denis, M., Willner, H., Ho, K., Haslett, E., Han, J., Pan, W., Byrne-Steele, M., Brown, B., Krampf, M. R., Girsen, A.,
Blumenfeld, et al
2024

• AML/T cell interactomics uncover correlates of patient outcomes and the key role of ICAM1 in T cell killing of AML. Leukemia
Sayitoglu, E. C., Luca, B. A., Boss, A. P., Thomas, B. C., Freeborn, R. A., Uyeda, M. J., Chen, P. P., Nakauchi, Y., Waichler, C., Lacayo, N.,
Bacchetta, R., Majeti, R., Gentles, et al
2024

• Molecular and functional identification of unstable regulatory and autoreactive effector T cells that are expanded in patients with FOXP3
mutation
Borna, S., Lee, E., Nideffer, J., Ramachandran, A., Wang, B., Mavers, M., Narula, M., Garrett, A., Schulze, J., Marois, L., Gernez, Y., Bathia, M.,
Chong, et al
ACADEMIC PRESS INC ELSEVIER SCIENCE.2024

• Lentiviral-Mediated Gene Therapy (RP-L102) for Fanconi Anemia [Group A], is Associated with Polyclonal Integration Patterns in the
Absence of Conditioning
Czechowicz, A., Sevilla, J., Booth, C., Agarwal, R., Zubicaray, J., Rio, P., Navarro, S., Chetty, K., O'Toole, G., Xu-Bayford, J., Ancliff, P., Sebastian,
E., Rothe, et al
CELL PRESS.2024: 132

• Gene Therapy for Adult and Pediatric Patients with Severe Pyruvate Kinase Deficiency: Results from a Global Study of RP-L301
Shah, A., Sevilla, J., Lopez Lorenzo, J., Navarro, S., Llanos, L., de Camino Gaisse, B., Sanchez, S., Zubicaray, J., Glader, B., Chien, M., Quintana
Bustamante, O., Gonzalez Vicent, M., Iriondo, et al
CELL PRESS.2024: 2-3

• A multidisciplinary approach to unraveling genetic forms of immune dysregulation in children with refractory multilineage cytopenia
Gernez, Y., Sathi, B., Camacho, J., Rao, L., Glader, B., Singh, D., Hoyte, E., Lewis, D., Roncarolo, M., Chien, M., Bacchetta, R., Weinacht, K.
MOSBY-ELSEVIER.2024: AB186

• Identification of unstable regulatory and autoreactive effector T cells that are expanded in patients with FOXP3 mutations. Science
translational medicine
Borna, Š., Lee, E., Nideffer, J., Ramachandran, A., Wang, B., Baker, J., Mavers, M., Lakshmanan, U., Narula, M., Garrett, A. K., Schulze, J., Olek, S.,
Marois, et al
2023; 15 (727): eadg6822

• A novel FOXP3 knockout-humanized mouse model for pre-clinical safety and efficacy evaluation of Treg-like cell products. Molecular
therapy. Methods & clinical development
Sato, Y., Nathan, A., Shipp, S., Wright, J. F., Tate, K. M., Wani, P., Roncarolo, M. G., Bacchetta, R.
2023; 31: 101150
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• IPEX Syndrome from diagnosis to cure, learning along the way. The Journal of allergy and clinical immunology
Bacchetta, R., Roncarolo, M. G.
2023

• Radiation and Busulfan-Free Hematopoietic Stem Cell Transplantation Using Briquilimab (JSP191) Anti-CD117 Antibody-Conditioning,
Transient Immunosuppression and TCR α β + T-Cell/CD19+B-Cell Depleted Haploidentical Grafts in Patients with Fanconi Anemia
Agarwal, R., Bertaina, A., Soco, C., Saini, G., Kunte, N., Hiroshima, L., Chan, Y., Willner, H., Krampf, M. L., Nofal, R., Barbarito, G., Sen, S., Felber,
et al
AMER SOC HEMATOLOGY.2023

• One Year Follow-up on the First Patient Treated with Nula-Cel: An Autologous CRISPR/Cas9 Gene Corrected CD34+Cell Product to Treat
Sickle Cell Disease
Shyr, D. C., Lowsky, R., Miller, W., Schroeder, M. A., Buchholz, T., Dougall, K., Intondi, A., Charles, A., Lehrer, J., Bouge, A., Wolf, S., MacDonald, B.,
Din, et al
AMER SOC HEMATOLOGY.2023

• LENTIVIRAL-MEDIATED GENE THERAPY FOR PATIENTS WITH FANCONI ANEMIA [GROUP A]: UPDATED RESULTS FROM GLOBAL RP-
L102 CLINICAL TRIALS
Sevilla, J., Booth, C., Czechowicz, A., Agarwal, R., Zubicaray, J., Rio, P., Chetty, K., O'Toole, G., Xu-Bayford, J., Ancliff, P., Sebastian, E., Choi, G.,
Zeini, et al
SPRINGERNATURE.2023: 276-277

• T-ALLO10 INFUSION AFTER A.DEPLETED-HSCT IN CHILDREN AND YOUNG ADULTS WITH HEMATOLOGIC MALIGNANCIES: IMPROVED
IMMUNE RECONSTITUTION IN THE ABSENCE OF SEVERE GVHD
Bertaina, A., Bacchetta, R., Shyr, D., Saini, G., Lee, J., Kristovich, K., Agarwal-Hashmi, R., Klein, O., Melsop, K., Tate, K., Barbarito, G., Oppizzi, L.,
Chen, et al
SPRINGERNATURE.2023: 232-234

• LENTIVIRAL-MEDIATED GENE THERAPY FOR SEVERE PYRUVATE KINASE DEFICIENCY: RESULTS FROM AN ONGOING GLOBAL PHASE
1 STUDY
Lopez Lorenzo, J., Shah, A., Sevilla, J., Navarro, S., Llanos, L., de Camino Gaisse, B., Sanchez, S., Zubicaray, J., Glader, B., Chien, M., Quintana
Bustamante, O., Zeini, M., Choi, et al
SPRINGERNATURE.2023: 275-276

• LENTIVIRAL-MEDIATED GENE THERAPY FOR FANCONI ANEMIA [GROUP A]: RESULTS FROM RP-L102 CLINICAL TRIALS
Czechowicz, A., Sevilla, J., Booth, C., Agarwal, R., Zubicaray, J., Rio, P., Navarro, S., Chetty, K., O'Toole, G., Xu-Bayford, J., Ancliff, P., Sebastian,
E., Choi, et al
WILEY.2023: S136-S137

• LENTIVIRAL-MEDIATED GENE THERAPY FOR SEVERE PYRUVATE KINASE DEFICIENCY: GLOBAL PHASE 1 STUDY RESULTS
Shah, A., Lorenzo, J., Sevilla, J., Navarro, S., Llanos, L., Gaisse, B., Sanchez, S., Zubicaray, J., Glader, B., Chien, M., Bustamante, O. Q., Zeini, M.,
Choi, et al
WILEY.2023: S133-S134

• Discovery of Key Transcriptional Regulators of Alloantigen-Inducible Tregs Used for Cell Therapy
Cepika, A., Amaya, L., Waichler, C., Narula, M., Thomas, B. C., Chen, P. P., Mantilla, M. M., Pavel-Dinu, M., Freeborn, R., Porteus, M. H., Bacchetta,
R., Mueller, F., Greenleaf, et al
CELL PRESS.2023: 370-371

• Global Phase 1 Study Results of Lentiviral Mediated Gene Therapy for Severe Pyruvate Kinase Deficiency
Shah, A. J., Lopez Lorenzo, J., Sevilla, J., Navarro, S., Llanos, L., de Camino Gaisse, B., Sanchez, S., Zubicaray, J., Glader, B., Chien, M., Quintana
Bustamante, O., Zeini, M., Choi, et al
CELL PRESS.2023: 118-119

• Lentiviral-Mediated Gene Therapy for Fanconi Anemia [Group A]: Results from Global RP-L102 Clinical Trials
Czechowicz, A., Sevilla, J., Booth, C., Navarro, S., Agarwal, R., Zubicaray, J., Rio, P., Chetty, K., O'Toole, G., Xu-Bayford, J., Ancliff, P., Sebastian,
E., Choi, et al
CELL PRESS.2023: 118

• SATB1 chromatin loops regulate Megakaryocyte/Erythroid Progenitor Expansion by facilitating HSP70 and GATA1 induction. Stem cells
(Dayton, Ohio)
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Wilkes, M. C., Chae, H. D., Scanlon, V., Cepika, A. M., Wentworth, E. P., Saxena, M., Eskin, A., Chen, Z., Glader, B., Roncarolo, M. G., Nelson, S. F.,
Sakamoto, K. M.
2023

• Hematopoietic and Immunological Assessment in Fanconi Anemia after Ex Vivo Lentiviral FANCA Gene Therapy with RP-L102
Nofal, R., Chan, Y., Sen, S., Figueroa, U., Willner, H., Felber, M., Krampf, M., Thongthip, S., Choi, G., Nicoletti, E., Schwartz, J. D., Weinberg, K.,
Rodriguez, et al
AMER SOC HEMATOLOGY.2022: 7772-7773

• Lentiviral-mediated Gene Therapy for Patients with Fanconi Anemia [Group A]: Updated Results from Global RP-L102 Clinical Trials
Czechowicz, A., Sevilla, J., Booth, C., Agarwal, R., Zubicaray, J., Rio, P., Navarro, S., Chetty, K., O'Toole, G., Xu-Bayford, J., Ancliff, P., Sebastian,
E., Choi, et al
AMER SOC HEMATOLOGY.2022: 10646-10647

• Epigenetic and Immunological Indicators of IPEX Disease in subjects with FOXP3 gene mutation. The Journal of allergy and clinical
immunology
Narula, M., Lakshmanan, U., Borna, S., Schulze, J. J., Holmes, T. H., Harre, N., Kirkey, M., Ramachandran, A., Tagi, V. M., Barzaghi, F., Grunebaum,
E., Upton, J. E., Hong-Diep Kim, et al
2022

• Downregulation of SATB1 by miRNAs Reduces Megakaryocyte/Erythroid Progenitor Expansion in pre-clinical models of Diamond Blackfan
Anemia. Experimental hematology
Wilkes, M. C., Scanlon, V., Shibuya, A., Celika, A. M., Eskin, A., Chen, Z., Narla, A., Glader, B., Roncarolo, M. G., Nelson, S. F., Sakamoto, K. M.
2022

• Unraveling Transcriptomic Profiles of Pediatric Acute Myeloid Leukemia Cells Sensitive or Resistant to Cytotoxic Killing by Engineered
TR1-like Cells
Sayitoglu, E., Luca, B., Thomas, B., Cieniewicz, B., Uyeda, M., Chen, P., Cepika, A., Gentles, A., Roncarolo, M.
CELL PRESS.2022: 153

• Two is Better Than One: CRISPR/Cas9 Based Gene Editing with FOXP3 Isoforms for IPEX Therapy
Lee, E., Borna, S., Sato, Y., Bacchetta, R., Roncarolo, M., Porteus, M.
CELL PRESS.2022: 34

• The Women of FOCIS: Promoting Equality and Inclusiveness in a Professional Federation of Clinical Immunology Societies. Frontiers in
immunology
Reed, E. F., Chong, A. S., Levings, M. K., Mutrie, C., Laufer, T. M., Roncarolo, M. G., Sykes, M.
2022; 13: 816535

• Type 1 regulatory T cell-mediated tolerance in health and disease. Frontiers in immunology
Freeborn, R. A., Strubbe, S., Roncarolo, M. G.
2022; 13: 1032575

• Downregulation of SATB1 by miRNAs Reduces Megakaryocyte/Erythroid Progenitor Expansion in pre-clinical models of Diamond Blackfan
Anemia Experimental Hematology
Wilkes, M. C., Scanlon, V., Shibuya, A., Cepika, A., Eskin, A., Chen, Z., Narla, A., Glader, B., Roncarolo, M., Nelson, S. F., Sakamoto, K. M.
2022

• Functional Immune Tolerance Induced By Sequential Hematopoietic Stem Cell-Solid Organ Transplantation
Bertaina, A., Barbarito, G., Ramachandran, V. V., Kristovich, K., Lippner, E., Fathallah-Shaykh, S., Al-Uzri, A., Shah, A. J., Aubert, G., Slepicka, P.,
Oppizzi, L., Agarwal, R., Roncarolo, et al
AMER SOC HEMATOLOGY.2021: 1818-+

• JSP191 As a Single-Agent Conditioning Regimen Results in Successful Engraftment, Donor Myeloid Chimerism, and Production of Donor
Derived Naive Lymphocytes in Patients with Severe Combined Immunodeficiency (SCID)
Agarwa, R., Dvorak, C. C., Prockop, S., Kwon, H., Long-Boyle, J. R., Le, A., Brown, J. W., Merkel, E., Truong, K., Velasco, B., Arulprakasam, K.,
Harada, N., Dougall, et al
AMER SOC HEMATOLOGY.2021

• Engineering Human Invariant Natural Killer T (iNKT) Cells to Overexpress Immunomodulatory Cytokines
Mavers, M., Hollingsworth, D., Boonchalermvichian, C., Liu, J., Baker, J., Ramos, T., Lohmeyer, J. K., Lin, P., Roncarolo, M., Negrin, R. S.
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AMER SOC HEMATOLOGY.2021

• Gene Therapy for Fanconi Anemia [Group A]: Interim Results of RP-L102 Clinical Trials
Czechowicz, A., Sevilla, J., Agarwal, R., Booth, C., Zubicaray, J., Rio, P., Navarro, S., Ancliff, P., Sebastian, E., Beard, B. C., Law, K. M., Choi, G.,
Zeini, et al
AMER SOC HEMATOLOGY.2021

• Alloantigen-specific type 1 regulatory T cells suppress through CTLA-4 and PD-1 pathways and persist long-term in patients. Science
translational medicine
Chen, P. P., Cepika, A., Agarwal-Hashmi, R., Saini, G., Uyeda, M. J., Louis, D. M., Cieniewicz, B., Narula, M., Amaya Hernandez, L. C., Harre, N.,
Xu, L., Thomas, B. C., Ji, et al
2021; 13 (617): eabf5264

• Development of beta-globin gene correction in human hematopoietic stem cells as a potential durable treatment for sickle cell
disease. Science translational medicine
Lattanzi, A., Camarena, J., Lahiri, P., Segal, H., Srifa, W., Vakulskas, C. A., Frock, R. L., Kenrick, J., Lee, C., Talbott, N., Skowronski, J., Cromer, M.
K., Charlesworth, et al
2021; 13 (598)

• Gene Therapy for Fanconi Anemia [Group A]: Preliminary Results of Ongoing RP-L102 Clinical Trials
Czechowicz, A., Sevilla, J., Booth, C., Agarwal, R., Zubicaray, J., Rio, P., Navarro, S., Ancliff, P. J., Beard, B. C., Law, K. M., Choi, G., Zeini, M.,
Duran-Persson, et al
CELL PRESS.2021: 339

• LV.InsB9-23-Based Therapy to Arrest T1D and Suppress Its Recurrency Post Allo-Islets Transplant
Russo, F., Citro, A., Sanvito, F., Monti, P., Gregori, S., Roncarolo, M., Annoni, A.
CELL PRESS.2021: 358-359

• Preclinical Safety and Efficacy Validation of CD4(LVFOXP3) Cells as an Innovative Cell-Based Gene Therapy Approach for IPEX Syndrome
Sato, Y., Nathan, A., Wright, J., Tate, K., Wani, P., Fazeli, F., Timnak, A., Bhatia, N., Agarwal-Hashmi, R., Bertaina, A., Roncarolo, M., Bacchetta, R.
CELL PRESS.2021: 340

• Engineered Type 1 Regulatory T Cells Have a Cytotoxic Profile and Kill Pediatric Acute Myeloid Leukemia Cells
Sayitoglu, E., Uyeda, M., Liu, J. M., Cieniewicz, B., Chen, P., Lacayo, N., Cepika, A., Roncarolo, M.
CELL PRESS.2021: 317

• Lentiviral Mediated Gene Therapy for Pyruvate Kinase Deficiency: Updated Results of a Global Phase 1 Study for Adult and Pediatric
Patients
Lopez Lorenzo, J., Shah, A. J., Navarro, S., Sevilla, J., Llanos, L., Perez Camino de Gaisse, B., Sanchez, S., Glader, B., Chien, M., Quintana-
Bustamante, O., Beard, B. C., Law, K. M., Zeini, et al
CELL PRESS.2021: 42-43

• Adoptively Transferred, In Vitro-Generated Alloantigen-Specific Type 1 Regulatory T (Tr1) Cells Persist Long-Term In Vivo
Cepika, A., Chen, P. P., Agarwal, R., Saini, G., Louis, D. M., Amaya-Hernandez, L. C., Xu, L., Shiraz, P., Tate, K. M., Margittai, D., Bhatia, N., Meyer,
E., Bertaina, et al
CELL PRESS.2021: 73

• Hergen Spits-A legend at the top of his career. Allergy
Mjosberg, J., Roncarolo, M. G., Blom, B.
2021

• BHLHE40 Regulates IL-10 and IFN-γ Production in T Cells but Does Not Interfere With Human Type 1 Regulatory T Cell
Differentiation Frontiers in Immunology
Uyeda, M. J., Freeborn, R. A., Cieniewicz, B., Romano, R., Chen, P. P., Liu, J. M., Thomas, B., Lee, E., Cepika, A., Bacchetta, R., Roncarolo, M.
2021

• The Yin and Yang of Type 1 Regulatory T Cells: From Discovery to Clinical Application. Frontiers in immunology
Sayitoglu, E. C., Freeborn, R. A., Roncarolo, M. G.
2021; 12: 693105

• Pre-clinical development and molecular characterization of an engineered type 1 regulatory T-cell product suitable for
immunotherapy. Cytotherapy
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Liu, J. M., Chen, P., Uyeda, M. J., Cieniewicz, B., Sayitoglu, E. C., Thomas, B. C., Sato, Y., Bacchetta, R., Cepika, A. M., Roncarolo, M. G.
2021

• Pre-clinical development and molecular characterization of an engineered type 1 regulatory T-cell product suitable for
immunotherapy. Cytotherapy
Liu, J. M., Chen, P., Uyeda, M. J., Cieniewicz, B., Sayitoglu, E. C., Thomas, B. C., Sato, Y., Bacchetta, R., Cepika, A. M., Roncarolo, M. G.
2021

• InsB9-23 Gene Transfer To Hepatocytes-Based Combined Therapy Abrogates Recurrence of Type-1 Diabetes After Islet
Transplantation. Diabetes
Russo, F., Citro, A., Squeri, G., Sanvito, F., Monti, P., Gregori, S., Roncarolo, M. G., Annoni, A.
2020

• Celebrating 20 years of FOCIS. Science immunology
Roncarolo, M. G., Anderson, M. S.
2020; 5 (52)

• Gene Therapy for Wiskott-Aldrich Syndrome: History, New Vectors, Future Directions. The Journal of allergy and clinical immunology
Ferrua, F., Marangoni, F., Aiuti, A., Roncarolo, M. G.
2020

• Engineered Type-1 Regulatory T Cells as Cellular Therapy for Treatment of Immune Mediated Diseases
Liu, J. M., Chen, P., Cieniewicz, B., Cepika, A., Bacchetta, R., Roncarolo, M.
AMER ASSOC IMMUNOLOGISTS.2020

• A beta T-Cell/CD19 B-Cell Depleted Haploidentical Stem Cell Transplantation: A New Platform for Curing Rare and Monogenic Disorders
Bertaina, A., Bacchetta, R., Lewis, D. B., Grimm, P. C., Shah, A. J., Agarwal, R., Concepcion, W., Czechowicz, A., Bhatia, N., Lahiri, P., Weinberg, K.
I., Parkman, R., Porteus, et al
ELSEVIER SCIENCE INC.2020: S288

• Regulatory Type 1 T Cell Infusion in Mismatched Related or Unrelated Hematopoietic Stem Cell Transplantation (HSCT) for Hematologic
Malignancies
Agarwal, R., Bacchetta, R., Bertaina, A., Chen, P., Saini, G., Shiraz, P., Bhatia, N., Roncarolo, M.
ELSEVIER SCIENCE INC.2020: S272–S273

• Early Epigenetic Immune Quantification Following Alpha/Beta T-Cell/CD19 B-Cell Depleted Haploidentical Stem Cell Transplant Correlates
with CD4+T Cell Recovery at Day+100
Mayers, M., Schulze, J., Barbarito, G., Lakshmanan, U., Parkman, R., Weinberg, K. I., Chu, J., Agarwal, R., Roncarolo, M., Sachsenmaier, C.,
Bacchetta, R., Bertaina, A.
ELSEVIER SCIENCE INC.2020: S305

• Human-engineered Treg-like cells suppress FOXP3-deficient T cells but preserve adaptive immune responses in vivo. Clinical &
translational immunology
Sato, Y. n., Passerini, L. n., Piening, B. D., Uyeda, M. J., Goodwin, M. n., Gregori, S. n., Snyder, M. P., Bertaina, A. n., Roncarolo, M. G., Bacchetta,
R. n.
2020; 9 (11): e1214

• Engineered type 1 regulatory T cells designed for clinical use kill primary pediatric acute myeloid leukemia cells Haematologica
Cieniewicz, B., Uyeda, M. J., Chen, P. P., Sayitoglu, E. C., Liu, J. M., Andolfi, G., Greenthal, K., Bertaina, A., Gregori, S., Bacchetta, R., Lacayo, N. J.,
Cepika, A., Roncarolo, et al
2020

• Genome editing of donor-derived T-cells to generate allogenic chimeric antigen receptor-modified T cells: Optimizing αβ T cell-depleted
haploidentical hematopoietic stem cell transplantation. Haematologica
Wiebking, V. n., Lee, C. M., Mostrel, N. n., Lahiri, P. n., Bak, R. n., Bao, G. n., Roncarolo, M. G., Bertaina, A. n., Porteus, M. H.
2020

• Alloantigen-specific Tr1 cells designed to prevent GvHD have a distinct molecular identity and suppress through CTLA-4 and PD-1 Society
for Immunotherapy of Cancer’s (SITC) 35th Anniversary Annual Meeting
Cepika, A., Chen, P. P., Uyeda, M. J., Cieniewicz, B., Narula, M., Amaya, L., Louis, D. M., Xu, L., Ji, X., Bertaina, A., Agarwal-Hashmi, R., Davis, M.
M., Meyer, et al
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2020: A159–A159

• Changing the Natural History of Fanconi Anemia Complementation Group-A with Gene Therapy: Early Results of US Phase I Study of
Lentiviral-Mediated Ex-VivoFANCA Gene Insertion in Human Stem and Progenitor Cells
Czechowicz, A., Roncarolo, M., Beard, B. C., Law, K., Nicoletti, E., Rio, P., Bueren, J. A., Schwartz, J. D., Soni, S.
AMER SOC HEMATOLOGY.2019

• Non-Genotoxic Anti-CD117 Antibody Conditioning Results in Successful Hematopoietic Stem Cell Engraftment in Patients with Severe
Combined Immunodeficiency
Agarwal, R., Dvorak, C. C., Kwon, H., Long-Boyle, J. R., Prohaska, S. S., Brown, J. W., Le, A., Guttman-Klein, A., Weissman, I. L., Cowan, M. J.,
Logan, A. C., Weinberg, K. I., Parkman, et al
AMER SOC HEMATOLOGY.2019

• Gene therapy for primary immunodeficiency. Human molecular genetics
Booth, C., Romano, R., Roncarolo, M. G., Thrasher, A. J.
2019

• Graft Engineering and Adoptive Immunotherapy: New Approaches to Promote Immune Tolerance After Hematopoietic Stem Cell
Transplantation FRONTIERS IN IMMUNOLOGY
Bertaina, A., Roncarolo, M.
2019; 10

• REGULATORY TYPE 1 T CELL INFUSION IN MISMATCHED RELATED OR UNRELATED HEMATOPOIETIC STEM CELL TRANSPLANTATION
(HSCT) FOR HEMATOLOGIC MALIGNANCIES
Agarwal, R., Bacchetta, R., Bertaina, A., Hu, J. C., Chen, P., Saini, G., Bhatia, N., Roncarolo, M.
WILEY.2019

• Lentiviral haemopoietic stem/progenitor cell gene therapy for treatment of Wiskott-Aldrich syndrome: interim results of a non-randomised,
open-label, phase 1/2 clinical study LANCET HAEMATOLOGY
Ferrua, F., Cicalese, M., Galimberti, S., Giannelli, S., Dionisio, F., Barzaghi, F., Migliavacca, M., Bernardo, M., Calbi, V., Assanelli, A., Facchini, M.,
Fossati, C., Albertazzi, et al
2019; 6 (5): E239–E253

• Gene correction for SCID-X1 in long-term hematopoietic stem cells (vol 10, 1634, 2019) NATURE COMMUNICATIONS
Pavel-Dinu, M., Wiebking, V., Dejene, B. T., Srifa, W., Mantri, S., Nicolas, C. E., Lee, C., Bao, G., Kildebeck, E. J., Punjya, N., Sindhu, C., Inlay, M.
A., Saxena, et al
2019; 10

• Engineered Type-1 Regulatory T Cells for Treatment of Graft-versus-Host Disease in Allogeneic Hematopoietic Stem Cell Transplant
Recipients
Liu, J. M. H., Chen, P., Cieniewicz, B., Cepika, A., Bacchetta, R., Roncarolo, M.
CELL PRESS.2019: 459

• Immunoregulatory Cell Therapy with Lentiviral-Mediated FOXP3 Converted CD4+T Cells into Treg Cells: Towards the Proof-of-Concept
Application in IPEX Syndrome
Sato, Y., Passerini, L., Roncarolo, M., Bacchetta, R.
CELL PRESS.2019: 311

• Lentiviral haemopoietic stem/progenitor cell gene therapy for treatment of Wiskott-Aldrich syndrome: interim results of a non-randomised,
open-label, phase 1/2 clinical study. The Lancet. Haematology
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, et al
2019

• Gene correction for SCID-X1 in long-term hematopoietic stem cells NATURE COMMUNICATIONS
Pavel-Dinu, M., Wiebking, V., Dejene, B. T., Srifa, W., Mantri, S., Nicolas, C. E., Lee, C., Bao, G., Kildebeck, E. J., Punjya, N., Sindhu, C., Inlay, M.
A., Saxena, et al
2019; 10

• Gene correction for SCID-X1 in long-term hematopoietic stem cells. Nature communications
Pavel-Dinu, M., Wiebking, V., Dejene, B. T., Srifa, W., Mantri, S., Nicolas, C. E., Lee, C., Bao, G., Kildebeck, E. J., Punjya, N., Sindhu, C., Inlay, M.
A., Saxena, et al
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2019; 10 (1): 1634

• Coexpression of CD163 and CD141 identifies human circulating IL-10-producing dendritic cells (DC-10). Cellular & molecular immunology
Comi, M., Avancini, D., Santoni de Sio, F., Villa, M., Uyeda, M. J., Floris, M., Tomasoni, D., Bulfone, A., Roncarolo, M. G., Gregori, S.
2019

• Chimerism Analysis in Pediatric Hematopoietic Stem Cell Transplantation for Non-Malignant Disorders
Mariano, L., Zhang, B., Kristovich, K., Agarwal-Hashmi, R., Roncarolo, M., Bertaina, A., Fernandez-Vina, M.
ELSEVIER SCIENCE INC.2019

• Toxicity-Free Hematopoietic Stem Cell Engraftment Achieved with Anti-CD117 Monoclonal Antibody Conditioning
Agarwal, R., Dvorak, C. C., Prohaska, S., Long-Boyle, J., Kwon, H., Brown, J. M., Weinberg, K. I., Le, A., Guttman-Klein, A., Logan, A. C.,
Weissman, I. L., Digiusto, D., Cowan, et al
ELSEVIER SCIENCE INC.2019

• Regulatory Type 1 T Cell Infusion in Mismatched Related or Unrelated Hematopoietic Stem Cell Transplantation (HSCT) for Hematologic
Malignancies
Agarwal, R., Bacchetta, R., Bertaina, A., Chu, J., Chen, P., Saini, G., Bhatia, N., Roncarolo, M.
ELSEVIER SCIENCE INC.2019

• Driving Medical Innovation Through Interdisciplinarity: Unique Opportunities and Challenges. Frontiers in medicine
Gohar, F., Maschmeyer, P., Mfarrej, B., Lemaire, M., Wedderburn, L. R., Roncarolo, M. G., van Royen-Kerkhof, A.
2019; 6: 35

• Driving Medical Innovation Through Interdisciplinarity: Unique Opportunities and Challenges FRONTIERS IN MEDICINE
Gohar, F., Maschmeyer, P., Mfarrej, B., Lemaire, M., Wedderburn, L. R., Roncarolo, M., van Royen-Kerkhof, A.
2019; 6

• Lentiviral Gene Therapy in HSCs Restores Lineage-Specific Foxp3 Expression and Suppresses Autoimmunity in a Mouse Model of IPEX
Syndrome CELL STEM CELL
Masiuk, K. E., Laborada, J., Roncarolo, M., Hollis, R. P., Kohn, D. B.
2019; 24 (2): 309-+

• Author Correction: Gene correction for SCID-X1 in long-term hematopoietic stem cells. Nature communications
Pavel-Dinu, M. n., Wiebking, V. n., Dejene, B. T., Srifa, W. n., Mantri, S. n., Nicolas, C. E., Lee, C. n., Bao, G. n., Kildebeck, E. J., Punjya, N. n.,
Sindhu, C. n., Inlay, M. A., Saxena, et al
2019; 10 (1): 5624

• Author Correction: Gene correction for SCID-X1 in long-term hematopoietic stem cells. Nature communications
Pavel-Dinu, M. n., Wiebking, V. n., Dejene, B. T., Srifa, W. n., Mantri, S. n., Nicolas, C. E., Lee, C. n., Bao, G. n., Kildebeck, E. J., Punjya, N. n.,
Sindhu, C. n., Inlay, M. A., Saxena, et al
2019; 10 (1): 2021

• Lentiviral Gene Therapy in HSCs Restores Lineage-Specific Foxp3 Expression and Suppresses Autoimmunity in a Mouse Model of IPEX
Syndrome. Cell stem cell
Masiuk, K. E., Laborada, J., Roncarolo, M. G., Hollis, R. P., Kohn, D. B.
2018

• Molecular and functional heterogeneity of IL-10-producing CD4+ T cells. Nature communications
Brockmann, L., Soukou, S., Steglich, B., Czarnewski, P., Zhao, L., Wende, S., Bedke, T., Ergen, C., Manthey, C., Agalioti, T., Geffken, M., Seiz, O.,
Parigi, et al
2018; 9 (1): 5457

• Tregopathies: Monogenic diseases resulting in regulatory T-cell deficiency. The Journal of allergy and clinical immunology
Cepika, A., Sato, Y., Liu, J. M., Uyeda, M. J., Bacchetta, R., Roncarolo, M. G.
2018; 142 (6): 1679–95

• Engineering Regenerative Thymic Tissues to Restore Long-Term T Cell Lymphopoiesis
Gai, H., Gras-Pena, R., Verma, Y., Fateh, V., Ikeda, K., Dejene, B., Min, D., Wang, J., Swigut, T., Weinberg, K. I., Hollander, G. A., Heilshorn, S.,
Roncarolo, et al
AMER SOC HEMATOLOGY.2018
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• Reprogramming human T cell function and specificity with non-viral genome targeting NATURE
Roth, T. L., Puig-Saus, C., Yu, R., Shifrut, E., Carnevale, J., Li, P., Hiatt, J., Saco, J., Krystofinski, P., Li, H., Tobin, V., Nguyen, D. N., Lee, et al
2018; 559 (7714): 405-+

• APVO210: A Bispecific Anti-CD86-IL-10 Fusion Protein (ADAPTIR (TM)) to Induce Antigen-Specific T Regulatory Type 1 Cells FRONTIERS
IN IMMUNOLOGY
Pellerin, L., Chen, P., Gregori, S., Hernandez-Hoyos, G., Bacchetta, R., Roncarolo, M.
2018; 9

• APVO210: A Bispecific Anti-CD86-IL-10 Fusion Protein (ADAPTIR™) to Induce Antigen-Specific T Regulatory Type 1 Cells. Frontiers in
immunology
Pellerin, L., Chen, P., Gregori, S., Hernandez-Hoyos, G., Bacchetta, R., Roncarolo, M. G.
2018; 9: 881

• DEVELOPMENT OF PERSISTENT MIXED CHIMERISM (MC) IN ALLO-HSCT TRANSPLANTED BETA-THAL PATIENTS IS ASSOCIATED WITH
LOW MC EARLY AFTER TRANSPLANT AND TR1 CELLS
Gregori, S., Galluccio, T., Roncarolo, M., Bacchetta, R., Andreani, M.
WILEY.2018: 399

• CRISPR-Based Therapy for IPEX Syndrome as a Model of Genetic Autoimmunity
Goodwin, M., Lee, E., Lakshmanan, U., Shipp, S., Roncarolo, M., Porteus, M., Bacchetta, R.
CELL PRESS.2018: 95–96

• Genome Editing for IL-10 Deficiency in Purified Hematopoietic Stem Cells
Romano, R., Pavel-Dinu, M., Bacchetta, R., Porteus, M. H., Roncarolo, M.
CELL PRESS.2018: 237–38

• Genome Editing of Long-Term Human Hematopoietic Stem Cells for X-Linked Severe Combined Immunodeficiency
Pavel-Dinu, M., Wiebking, V., Dejene, B. T., Srifa, W., Mantri, S., Nicolas, C., Lee, C. M., Bao, G., Kildebeck, E., Punjya, N., Sindhu, C., Inlay, M. A.,
Saxena, et al
SPRINGER/PLENUM PUBLISHERS.2018: 365–66

• FOXP3 Gene Transfer in T cells and FOXP3 Gene Editing in HSC as Novel Treatment Options for IPEX Syndrome
Goodwin, M., Sato, Y., Passerini, L., Barzaghi, F., Lee, E., Suzette, S. K., Roncarolo, M., Porteus, M., Bacchetta, R.
SPRINGER/PLENUM PUBLISHERS.2018: 427

• Gene Therapy for Adenosine Deaminase Deficiency: A Comprehensive Evaluation of Short- and Medium-Term Safety MOLECULAR
THERAPY
Cicalese, M., Ferrua, F., Castagnaro, L., Rolfe, K., De Boever, E., Reinhardt, R. R., Appleby, J., Roncarolo, M., Aiuti, A.
2018; 26 (3): 917–31

• Long-Term Treatment Outcome in IPEX Syndrome Patients: An International Multicenter Retrospective Study
Barzaghi, F., Hernandez, L., Pai, S., Neven, B., Locatelli, F., Goldman, F., Seidel, M., Ehl, S., Albert, M. H., Dvorak, C. C., Carneiro-Sampaio, M.,
Gennery, A., Cowan, et al
ELSEVIER SCIENCE INC.2018: S81–S82

• Long-term follow-up of IPEX syndrome patients after different therapeutic strategies: An international multicenter retrospective
study JOURNAL OF ALLERGY AND CLINICAL IMMUNOLOGY
Barzaghi, F., Hernandez, L., Neven, B., Ricci, S., Kucuk, Z., Bleesing, J. J., Nademi, Z., Slatter, M., Ulloa, E., Shcherbina, A., Roppelt, A., Worth, A.,
Silva, et al
2018; 141 (3): 1036-+

• Engineered T Regulatory Type 1 Cells for Clinical Application FRONTIERS IN IMMUNOLOGY
Gregori, S., Roncarolo, M.
2018; 9: 233

• First Occurrence of Plasmablastic Lymphoma in Adenosine Deaminase-Deficient Severe Combined Immunodeficiency Disease Patient and
Review of the Literature FRONTIERS IN IMMUNOLOGY
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, et al
2018; 9: 113
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• Minimum Information about T Regulatory Cells: A Step toward Reproducibility and Standardization FRONTIERS IN IMMUNOLOGY
Fuchs, A., Gliwinski, M., Grageda, N., Spiering, R., Abbas, A. K., Appel, S., Bacchetta, R., Battaglia, M., Berglund, D., Blazar, B., Bluestone, J. A.,
Bornhaeuser, M., ten Brinke, et al
2018; 8: 1844

• Peanut-specific type 1 regulatory T cells induced in vitro from allergic subjects are functionally impaired JOURNAL OF ALLERGY AND
CLINICAL IMMUNOLOGY
Pellerin, L., Jenks, J., Chinthrajah, S., Dominguez, T., Block, W., Zhou, X., Noshirvan, A., Gregori, S., Roncarolo, M., Nadeau, K., Bacchetta, R.
2018; 141 (1): 202-+

• Identity and Diversity of Human Peripheral Th and T Regulatory Cells Defined by Single-Cell Mass Cytometry JOURNAL OF IMMUNOLOGY
Kunicki, M. A., Hernandez, L., Davis, K. L., Bacchetta, R., Roncarolo, M.
2018; 200 (1): 336–46

• IL-10-Engineered Human CD4(+) Tr1 Cells Eliminate Myeloid Leukemia in an HLA Class I-Dependent Mechanism MOLECULAR THERAPY
Locafaro, G., Andolfi, G., Russo, F., Cesana, L., Spinelli, A., Camisa, B., Ciceri, F., Lombardo, A., Bondanza, A., Roncarolo, M., Gregori, S.
2017; 25 (10): 2254–69

• gene therapy in Europe: paving the road for the next generation of advanced therapy medicinal products. EMBO molecular medicine
Aiuti, A., Roncarolo, M. G., Naldini, L.
2017; 9 (6): 737-740

• LV.InsulinB9-23/Anti-CD3 mAb Inhibits Recurrence of Autoimmunity in Diabetic NOD Mice After Islet Transplant
Russo, F., Gregori, S., Roncarolo, M., Annoni, A.
CELL PRESS.2017: 96

• CRISPR-Based Gene Correction to Treat IPEX Syndrome
Goodwin, M., Shipp, S., Froessl, L., Porteus, M., Roncarolo, M., Bacchetta, R.
CELL PRESS.2017: 168

• 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
Sessa, M., Lorioli, L., Fumagalli, F., Acquati, S., Redaelli, D., Baldoli, C., Canale, S., Lopez, I. D., Morena, F., Calabria, A., Fiori, R., Silvani, P.,
Rancoita, et al
2016; 388 (10043): 476-487

• In Vivo Tracking of Human Hematopoiesis Reveals Patterns of Clonal Dynamics during Early and Steady-State Reconstitution Phases. Cell
stem cell
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, et al
2016; 19 (1): 107-119

• Update on the safety and efficacy of retroviral gene therapy for immunodeficiency due to adenosine deaminase deficiency BLOOD
Cicalese, M. P., Ferrua, F., Castagnaro, L., Pajno, R., Barzaghi, F., Giannelli, S., Dionisio, F., Brigida, I., Bonopane, M., Casiraghi, M., Tabucchi, A.,
Carlucci, F., Grunebaum, et al
2016; 128 (1): 45-54

• Targeting of Myeloid Leukemia by IL-10-Engineered Human CD4(+) Tr1 Cells
Locafaro, G., Andolfi, G., Russo, F., Camisa, B., Ciceri, F., Lombardo, A., Bondanza, A., Roncarolo, M., Gregori, S.
NATURE PUBLISHING GROUP.2016: S252

• Gene Editing as a Therapeutic Approach to Treat IPEX Syndrome
Goodwin, M., de Sio, F., Dever, D., Porteus, M., Roncarolo, M., Bacchetta, R.
NATURE PUBLISHING GROUP.2016: S51

• LV.InsB9-23/Anti-CD3 mAb Inhibits Recurrence of Autoimmunity in NOD Mice After Islet Transplants
Russo, F., Roncarolo, M., Annoni, A.
NATURE PUBLISHING GROUP.2016: S23

• Concise Review: Cell-Based Therapies and Other Non-Traditional Approaches for Type 1 Diabetes STEM CELLS
Creusot, R. J., Battaglia, M., Roncarolo, M., Fathman, C. G.
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2016; 34 (4): 809-819

• LIPOPOLYSACCHARIDE-RESPONSIVE AND BEIGE-LIKE ANCHOR (LRBA) PROTEIN DEFICIENCY MANIFESTING WITH LYPODISTROPHY
AND ALPS-LIKE PHENOTYPE TREATED WITH LEPTIN AND RAPAMYCIN
Barzaghi, F., Passerini, L., Sartirana, C., Bejerano, G., Floris, M., Cesaro, S., Cimaz, R., Roncarolo, M., Santini, F., Goldbach-Mansky, R., Aiuti, A.,
Bacchetta, R.
SPRINGER/PLENUM PUBLISHERS.2016: 293–94

• From IPEX syndrome to FOXP3 mutation: a lesson on immune dysregulation. Annals of the New York Academy of Sciences
Bacchetta, R., Barzaghi, F., Roncarolo, M.
2016

• Safety and Clinical Benefit of Lentiviral Hematopoietic Stem Cell Gene Therapy for Wiskott-Aldrich Syndrome
Ferrua, F., Cicalese, M., Galimberti, S., Scaramuzza, S., Giannelli, S., Pajno, R., Dionisio, F., Biasco, L., Castiello, M., Casiraghi, M., Facchini, M.,
Finocchi, A., Metin, et al
AMER SOC HEMATOLOGY.2015

• Clinical Outlook for Type-1 and FOXP3(+) T Regulatory Cell-Based Therapy FRONTIERS IN IMMUNOLOGY
Gregori, S., Passerini, L., Roncarolo, M.
2015; 6

• Hurdles in therapy with regulatory T cells. Science translational medicine
Trzonkowski, P., Bacchetta, R., Battaglia, M., Berglund, D., Bohnenkamp, H. R., Ten brinke, A., Bushell, A., Cools, N., Geissler, E. K., Gregori, S.,
Marieke van Ham, S., Hilkens, C., Hutchinson, et al
2015; 7 (304): 304ps18-?
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• In vivo delivery of a microRNA-regulated transgene induces antigen-specific regulatory T cells and promotes immunologic
tolerance BLOOD
Annoni, A., Brown, B. D., Cantore, A., Sergi, L. S., Naldini, L., Roncarolo, M.
2009; 114 (25): 5152-5161

• Autoimmune diabetic patients undergoing allogeneic islet transplantation: are we ready for a regulatory T-cell therapy? IMMUNOLOGY
LETTERS
Gagliani, N., Ferraro, A., Roncarolo, M. G., Battaglia, M.
2009; 127 (1): 1-7

• The Tregs' world according to GARP EUROPEAN JOURNAL OF IMMUNOLOGY
Battaglia, M., Roncarolo, M. G.
2009; 39 (12): 3296-3300

• [Gene therapy in pediatrics]. Minerva pediatrica
Aiuti, A., Cappelli, B., Biffi, A., Marktel, S., Roncarolo, M. G.
2009; 61 (6): 775-778

• Role of human leukocyte antigen-G in the induction of adaptive type 1 regulatory T cells HUMAN IMMUNOLOGY
Gregori, S., Magnani, C. F., Roncarolo, M.
2009; 70 (12): 966-969

• Wild-type FOXP3 is selectively active in CD4(+)CD25(hi) regulatory T cells of healthy female carriers of different FOXP3 mutations BLOOD
Di Nunzio, S., Cecconi, M., Passerini, L., McMurchy, A. N., Baron, U., Turbachova, I., Vignola, S., Valencic, E., Tommasini, A., Junker, A., Cazzola,
G., Olek, S., Levings, et al
2009; 114 (19): 4138-4141

• Absence of VOD in paediatric thalassaemic HSCT recipients using defibrotide prophylaxis and intravenous Busulphan BRITISH JOURNAL
OF HAEMATOLOGY
Cappelli, B., Chiesa, R., Evangelio, C., Biffi, A., Roccia, T., Frugnoli, I., Biral, E., Noe, A., Fossati, M., Finizio, V., Miniero, R., Napolitano, S., Ferrua,
et al
2009; 147 (4): 554-560

• Integration of retroviral vectors induces minor changes in the transcriptional activity of T cells from ADA-SCID patients treated with gene
therapy BLOOD
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, et al
2009; 114 (17): 3546-3556

• ADA-deficient SCID is associated with a specific microenvironment and bone phenotype characterized by RANKL/OPG imbalance and
osteoblast insufficiency BLOOD
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, et al
2009; 114 (15): 3216-3226

• Type 1 regulatory T cells are associated with persistent split erythroid/lymphoid chimerism after allogeneic hematopoietic stem cell
transplantation for thalassemia HAEMATOLOGICA-THE HEMATOLOGY JOURNAL
Serafini, G., Andreani, M., Testi, M., Battarra, M., Bontadini, A., Biral, E., Fleischhauer, K., Marktel, S., Lucarelli, G., Roncarolo, M. G., Bacchetta, R.
2009; 94 (10): 1415-1426

• Characterization of New Arylsulfatase A Gene Mutations Reinforces Genotype-Phenotype Correlation in Metachromatic
Leukodystrophy HUMAN MUTATION
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Cesani, M., Capotondo, A., Plati, T., Sergi, L. S., Fumagalli, F., Roncarolo, M. G., Naldini, L., Comi, G., Sessa, M., Biffi, A.
2009; 30 (10): E936-E945

• Loss of Mismatched HLA in Leukemia after Stem-Cell Transplantation. NEW ENGLAND JOURNAL OF MEDICINE
Vago, L., Perna, S. K., Zanussi, M., Mazzi, B., Barlassina, C., Stanghellini, M. T., Perrelli, N. F., Cosentino, C., Torri, F., Angius, A., Forno, B.,
Casucci, M., Bernardi, et al
2009; 361 (5): 478-488

• Hematopoietic stem cell gene therapy for adenosine deaminase deficient-SCID IMMUNOLOGIC RESEARCH
Aiuti, A., Brigida, I., Ferrua, F., Cappelli, B., Chiesa, R., Marktel, S., Roncarolo, M.
2009; 44 (1-3): 150-159

• The Fate of Human Treg Cells IMMUNITY
Battaglia, M., Roncarolo, M. G.
2009; 30 (6): 763-765

• Recent advances in understanding the pathophysiology of Wiskott-Aldrich syndrome BLOOD
Bosticardo, M., Marangoni, F., Aiuti, A., Villa, A., Roncarolo, M. G.
2009; 113 (25): 6288-6295

• Evidence for Long-term Efficacy and Safety of Gene Therapy for Wiskott-Aldrich Syndrome in Preclinical Models MOLECULAR THERAPY
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, et al
2009; 17 (6): 1073-1082

• The Wiskott-Aldrich syndrome protein is required for iNKT cell maturation and function JOURNAL OF EXPERIMENTAL MEDICINE
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, et al
2009; 206 (4): 735-742

• Rapamycin Prevents and Breaks the Anti-CD3-Induced Tolerance in NOD Mice DIABETES
Valle, A., Jofra, T., Stabilini, A., Atkinson, M., Roncarolo, M., Battaglia, M.
2009; 58 (4): 875-881

• Gene Therapy for Immunodeficiency Due to Adenosine Deaminase Deficiency. NEW ENGLAND JOURNAL OF MEDICINE
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, et al
2009; 360 (5): 447-458

• Ten years of gene therapy for primary immune deficiencies. Hematology / the Education Program of the American Society of Hematology.
American Society of Hematology. Education Program
Aiuti, A., Roncarolo, M. G.
2009: 682-689

• Molecular Regulation of Cellular Immunity by FOXP3 FORKHEAD TRANSCRIPTION FACTORS: VITAL ELEMENTS IN BIOLOGY AND
MEDICINE
McMurchy, A. N., Di Nunzio, S., Roncarolo, M. G., Bacchetta, R., Levings, M. K.
2009; 665: 30-46

• Clinical and molecular profile of a new series of patients with immune dysregulation, polyendocrinopathy, enteropathy, X-linked
syndrome: inconsistent correlation between forkhead box protein 3 expression and disease severity. journal of allergy and clinical
immunology
Gambineri, E., Perroni, L., Passerini, L., Bianchi, L., Doglioni, C., Meschi, F., Bonfanti, R., Sznajer, Y., Tommasini, A., Lawitschka, A., Junker, A.,
Dunstheimer, D., Heidemann, et al
2008; 122 (6): 1105-1112 e1

• Temporal, quantitative, and functional characteristics of single-KIR-positive alloreactive natural killer cell recovery account for impaired
graft-versus-leukemia activity after haploidentical hematopoietic stem cell transplantation BLOOD
Vago, L., Forno, B., Sormani, M. P., Crocchiolo, R., Zino, E., Di Terlizzi, S., Stanghellini, M. T., Mazzi, B., Perna, S. K., Bondanza, A., Middleton, D.,
Palini, A., Bernardi, et al
2008; 112 (8): 3488-3499
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• Metachromatic leukodystrophy - mutation analysis provides further evidence of genotype-phenotype correlation CLINICAL GENETICS
Biffi, A., Cesani, M., Fumagalli, F., Del Carro, U., Baldoli, C., Canale, S., Gerevini, S., Amadio, S., Falautano, M., Rovelli, A., Comi, G., Roncarolo, M.
G., Sessa, et al
2008; 74 (4): 349-357

• Clinical improvement and normalized Th1 cytokine profile in early and long-term interferon-alpha treatment in a suspected case of hyper-
IgE syndrome PEDIATRIC ALLERGY AND IMMUNOLOGY
Benninghoff, U., Cattaneo, F., Aiuti, A., Flores-D'Arcais, A., Gelmetti, C., Viscardi, M., Callegaro, L., Mirolo, M., Ambrosi, A., Roncarolo, M. G.,
Bacchetta, R.
2008; 19 (6): 564-568

• Multiple BM harvests in pediatric donors for thalassemic siblings: safety, efficacy and ethical issues BONE MARROW TRANSPLANTATION
Biral, E., Chiesa, R., Cappelli, B., Roccia, T., Frugnoli, I., Noe, A., Soliman, C., Fiori, R., Cursi, L., Cattaneo, F., Evangelio, C., Miniero, R., Ciceri, et al
2008; 42 (6): 379-384

• Second hematopoietic SCT in patients with thalassemia recurrence following rejection of the first graft BONE MARROW
TRANSPLANTATION
Gaziev, J., Sodani, P., Lucarelli, G., Polchi, P., Marktel, S., Paciaroni, K., Marziali, M., Isgro, A., Simone, M. D., Roveda, A., Montuoro, A., Lanti, A.,
Alfieri, et al
2008; 42 (6): 397-404

• Rapamycin monotherapy in patients with type 1 diabetes modifies CD4(+)CD25(+)FOXP3(+) regulatory T-Cells DIABETES
Monti, P., Scirpoli, M., Maffi, P., Piemonti, L., Secchi, A., Bonifacio, E., Roncarolo, M., Battaglia, M.
2008; 57 (9): 2341-2347

• Activation of the aryl hydrocarbon receptor promotes allograft-specific tolerance through direct and dendritic cell-mediated effects on
regulatory T cells BLOOD
Hauben, E., Gregori, S., Draghici, E., Migliavacca, B., Olivieri, S., Woisetschlaeger, M., Roncarolo, M. G.
2008; 112 (4): 1214-1222

• CD4(+) T-regulatory cells: toward therapy for human diseases IMMUNOLOGICAL REVIEWS
Allan, S. E., Broady, R., Gregori, S., Himmel, M. E., Locke, N., Roncarolo, M. G., Bacchetta, R., Levings, M. K.
2008; 223: 391-421

• Altered intracellular and extracellular signaling leads to impaired T-cell functions in ADA-SCID patients BLOOD
Cassani, B., Mirolo, M., Cattaneo, F., Benninghoff, U., Hershfield, M., Carlucci, F., Tabucchi, A., Bordignon, C., Roncarolo, M. G., Aiuti, A.
2008; 111 (8): 4209-4219

• Is FOXP3 a bona fide marker for human regulatory T cells? EUROPEAN JOURNAL OF IMMUNOLOGY
Roncarolo, M., Gregori, S.
2008; 38 (4): 925-927

• [Biomedical research: a need or a luxury?]. KOS
Roncarolo, M. G.
2008; 25 (264): 53-61

• STAT5-signaling cytokines regulate the expression of FOXP3 in CD4(+)CD25(+) regulatory T cells and CD4(+)CD25(-) effector T
cells INTERNATIONAL IMMUNOLOGY
Passerini, L., Allan, S. E., Battaglia, M., Di Nunzio, S., Alstad, A. N., Levings, M. K., Roncarolo, M. G., Bacchetta, R.
2008; 20 (3): 421-431

• Development of lentiviral gene therapy for Wiskott Aldrich syndrome EXPERT OPINION ON BIOLOGICAL THERAPY
Galy, A., Roncarolo, M., Thrasher, A. J.
2008; 8 (2): 181-190

• Re-establishing immune tolerance in type 1 diabetes via regulatory T cells. Novartis Foundation symposium
Gregori, S., Battaglia, M., Roncarolo, M.
2008; 292: 174-183

• Generation of potent and stable human CD4(+) T regulatory cells by activation-independent expression of FOXP3 MOLECULAR THERAPY
Allan, S. E., Alstad, A. N., Merindol, N., Crellin, N. K., Amendola, M., Bacchetta, R., Naldini, L., Roncarolo, M. G., Soudeyns, H., Levings, M. K.
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2008; 16 (1): 194-202

• Progress and prospects: Gene therapy clinical trials (part 2) GENE THERAPY
Alton, E., Ferrari, S., Griesenbach, U.
2007; 14 (22): 1555-1563

• The role of tissue adaptation and graft size in immune tolerance TRANSPLANT IMMUNOLOGY
Hauben, E., Roncarolo, M. G., Draghici, E., Nevo, U.
2007; 18 (2): 122-125

• The immune response to lentiviral-delivered transgene is modulated in vivo by transgene-expressing antigen-presenting cells but not by
CD4(+)CD25(+) regulatory T cells BLOOD
Annoni, A., Battaglia, M., Follenzi, A., Lombardo, A., Sergi-Sergi, L., Naldini, L., Roncarolo, M.
2007; 110 (6): 1788-1796

• Frequency and targeted detection of HLA-DPB1 T cell epitope disparities relevant in unrelated hematopoietic stem cell
transplantation BIOLOGY OF BLOOD AND MARROW TRANSPLANTATION
Zino, E., Vago, L., Di Terlizzi, S., Mazzi, B., Zito, L., Sironi, E., Rossini, S., Bonini, C., Ciceri, F., Roncarolo, M. G., Bordignon, C., Fleischhauer, K.
2007; 13 (9): 1031-1040

• Role of regulatory T cells and FOXP3 in human diseases JOURNAL OF ALLERGY AND CLINICAL IMMUNOLOGY
Bacchetta, R., Gambineri, E., Roncarolo, M.
2007; 120 (2): 227-235

• Regulatory T-cell immunotherapy for tolerance to self antigens and alloantigens in humans NATURE REVIEWS IMMUNOLOGY
Roncarolo, M., Battaglia, M.
2007; 7 (8): 585-598

• Multilineage hematopoietic reconstitution without clonal selection in ADA-SCID patients treated with stem cell gene therapy JOURNAL OF
CLINICAL INVESTIGATION
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, et al
2007; 117 (8): 2233-2240

• Molecular purging of multiple myeloma cells by ex-vivo culture and retroviral transduction of mobilized-blood CD34(+) cells JOURNAL OF
TRANSLATIONAL MEDICINE
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, et al
2007; 5

• A hypomorphic R229Q Rag2 mouse mutant recapitulates human Omenn syndrome JOURNAL OF CLINICAL INVESTIGATION
Marrella, V., Poliani, P. L., Casati, A., Rucci, F., Frascoli, L., Gougeon, M., Lemercier, B., Bosticardo, M., Ravanini, M., Battaglia, M., Roncarolo, M.
G., Cavazzana-Calvo, M., Facchetti, et al
2007; 117 (5): 1260-1269

• In vivo administration of lentiviral vectors triggers a type I interferon response that restricts hepatocyte gene transfer and promotes vector
clearance BLOOD
Brown, B. D., Sitia, G., Annoni, A., Hauben, E., Sergi, L. S., Zingale, A., Roncarolo, M. G., Guidotti, L. G., Naldini, L.
2007; 109 (7): 2797-2805

• Activation-induced FOXP3 in human T effector cells does not suppress proliferation or cytokine production INTERNATIONAL
IMMUNOLOGY
Allan, S. E., Crome, S. Q., Crellin, N. K., Passerini, L., Steiner, T. S., Bacchetta, R., Roncarolo, M. G., Levings, M. K.
2007; 19 (4): 345-354

• Lentiviral vectors targeting WASp expression to hematopoietic cells, efficiently transduce and correct cells from WAS patients GENE
THERAPY
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., Galy, A.
2007; 14 (5): 415-428
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• Current understanding of the Wiskott-Aldrich syndrome and prospects for gene therapy. Expert review of clinical immunology
Trifari, S., Marangoni, F., Scaramuzza, S., Aiuti, A., Roncarolo, M. G., Dupré, L.
2007; 3 (2): 205-215

• WASP regulates suppressor activity of human and murine CD4(+)CD25(+)FOXP3(+) natural regulatory T cells JOURNAL OF
EXPERIMENTAL MEDICINE
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, et al
2007; 204 (2): 369-380

• Immunological lessons learnt from patients transplanted with fully mismatched stem cells 1st Robert-A-Good-Society Symposium
Touraine, J., Plotnicky, H., Roncarolo, M., Bacchetta, R., Gebuhrer, L.
HUMANA PRESS INC.2007: 201–9

• Isolation, expansion, and characterization of human natural and adaptive regulatory T cells. Methods in molecular biology (Clifton, N.J.)
Gregori, S., Bacchetta, R., Passerini, L., Levings, M. K., Roncarolo, M. G.
2007; 380: 83-105

• Rapamycin promotes expansion of functional CD4(+)CD25(+)FOXP3(+) regulatory T cells of both healthy subjects and type 1 diabetic
patients JOURNAL OF IMMUNOLOGY
Battaglia, M., Stabilini, A., Migliavacca, B., Horejs-Hoeck, J., Kaupper, T., Roncarolo, M.
2006; 177 (12): 8338-8347

• Defective Th1 cytokine gene transcription in CD4(+) and CD8(+) T cells from Wiskott-Aldrich syndrome patients JOURNAL OF
IMMUNOLOGY
Trifari, S., Sitia, G., Aiuti, A., Scaramuzza, S., Marangoni, F., Guidotti, L. G., Martino, S., Saracco, P., Notarangelo, L. D., Roncarolo, M., Dupre, L.
2006; 177 (10): 7451-7461

• Ex vivo gene therapy with lentiviral vectors rescues adenosine deaminase (ADA)-deficient mice and corrects their immune and metabolic
defects BLOOD
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, et al
2006; 108 (9): 2979-2988

• Gliadin-specific type 1 regulatory T cells from the intestinal mucosa of treated celiac patients inhibit pathogenic T cells JOURNAL OF
IMMUNOLOGY
Gianfrani, C., Levings, M. K., Sartirana, C., Mazzarella, G., Barba, G., Zanzi, D., Camarca, A., Iaquinto, G., Giardullo, N., Auricchio, S., Troncone, R.,
Roncarolo, M.
2006; 177 (6): 4178-4186

• Induction of transplantation tolerance via regulatory T cells. Inflammation & allergy drug targets
Battaglia, M., Roncarolo, M. G.
2006; 5 (3): 157-165

• Interleukin-10-secreting type 1 regulatory T cells in rodents and humans IMMUNOLOGICAL REVIEWS
Roncarolo, M. G., Gregori, S., Battaglia, M., Bacchetta, R., Fleischhauer, K., Levings, M. K.
2006; 212: 28-50

• Design and optimization of lentiviral vectors for transfer of GALC expression in Twitcher brain JOURNAL OF GENE MEDICINE
Dolcetta, D., Perani, L., Givogri, M. I., Galbiati, F., Amadio, S., Del Carro, U., Finocchiaro, G., Fanzani, A., Marchesini, S., Naldini, L., Roncarolo, M.
G., Bongarzone, E.
2006; 8 (8): 962-971

• Defective regulatory and effector T cell functions in patients with FOXP3 mutations JOURNAL OF CLINICAL INVESTIGATION
Bacchetta, R., Passerini, L., Gambineri, E., Dai, M., Allan, S. E., Perroni, L., Dagna-Bricarelli, F., Sartirana, C., Matthes-Martins, S., Lawitschka, A.,
Azzari, C., Ziegler, S. F., Levings, et al
2006; 116 (6): 1713-1722

• Induction of tolerance in type 1 diabetes via both CD4(+) CD25(+) T regulatory cells and T regulatory type 1 cells DIABETES
Battaglia, M., Stabilini, A., Draghici, E., Migliavacca, B., Gregori, S., Bonifacio, E., Roncarolo, M.
2006; 55 (6): 1571-1580
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• Tr1 cells: From discovery to their clinical application SEMINARS IN IMMUNOLOGY
Battaglia, M., Gregori, S., Bacchetta, R., Roncarolo, M. G.
2006; 18 (2): 120-127

• Efficacy of gene therapy for Wiskott-Aldrich syndrome using a WAS promoter/cDNA-containing lentiviral vector and nonlethal
irradiation HUMAN GENE THERAPY
Dupre, L., Marangoni, F., Scaramuzza, S., Trifari, S., Hernandez, R. J., Aiuti, A., Naldini, L., Roncarolo, M. G.
2006; 17 (3): 303-313

• Rapamycin and interleukin-10 treatment induces T regulatory type 1 cells that mediate antigen-specific transplantation
tolerance DIABETES
Battaglia, M., Stabilini, A., Draghici, E., Gregori, S., Mocchetti, C., Bonifacio, E., Roncarolo, M. G.
2006; 55 (1): 40-49

• CD4(+) regulatory T cells: Mechanisms of induction and effector function Conference on Immunodysregulation Diseases - From Basic
Sciences to Clinic
Bacchetta, R., Gregori, S., Roncarolo, M. G.
ELSEVIER SCIENCE BV.2005: 491–96

• Regulatory T cells: prospective for clinical application in hematopoietic stem cell transplantation CURRENT OPINION IN HEMATOLOGY
Gregori, S., Bacchetta, R., Hauben, E., Battaglia, M., Roncarolo, M. G.
2005; 12 (6): 451-456

• The role of 2 FOXP3 isoforms in the generation of human CD4(+) Tregs JOURNAL OF CLINICAL INVESTIGATION
Allan, S. E., Passerini, L., Bacchetta, R., Crellin, N., Dai, M. Y., ORBAN, P. C., Ziegler, S. F., Roncarolo, M. G., Levings, M. K.
2005; 115 (11): 3276-3284

• Myelin deterioration in twitcher mice: Motor evoked potentials and magnetic resonance imaging as in vivo monitoring tools JOURNAL OF
NEUROSCIENCE RESEARCH
Dolcetta, D., Amadio, S., Guerrini, U., Givogri, M. I., Perani, L., Galbiati, F., Sironi, L., Del Carro, U., Roncarolo, M. G., Bongarzone, E.
2005; 81 (4): 597-604

• Rapamycin selectively expands CD4(+)CD25(+)FoxP3(+) regulatory T cells BLOOD
Battaglia, M., Stabilini, A., Roncarolo, M. G.
2005; 105 (12): 4743-4748

• A proportion of patients with lymphoma may harbor mutations of the perforin gene BLOOD
Clementi, R., Locatelli, F., Dupre, L., Garaventa, A., Emmi, L., Bregni, M., Cefalo, G., Moretta, A., Danesino, C., Comis, M., Pession, A., Ramenghi,
U., Maccario, et al
2005; 105 (11): 4424-4428

• SAP controls the cytolytic activity of CD8(+) T cells against EBV-infected cells BLOOD
Dupre, L., Andolfi, G., Tangye, S. G., Clementi, R., Locatelli, F., Arico, M., Aiuti, A., Roncarolo, M. G.
2005; 105 (11): 4383-4389

• Human CD4+regulatory T cells and activation-induced tolerance MICROBES AND INFECTION
Hauben, E., Roncarolo, M. G.
2005; 7 (7-8): 1023-1032

• Utilizing regulatory T cells to control alloreactivity CYTOTHERAPY
Hauben, E., Bacchetta, R., Roncarolo, M. G.
2005; 7 (2): 158-165

• Beneficial autoimmunity in Type 1 diabetes mellitus TRENDS IN IMMUNOLOGY
Hauben, E., Roncarolo, M. G., Nevo, U., Schwartz, M.
2005; 26 (5): 248-253

• An anti-CD45RO/RB monoclonal antibody modulates T cell responses via induction of apoptosis and generation of regulatory T
cells JOURNAL OF EXPERIMENTAL MEDICINE
Gregori, S., Mangia, P., Bacchetta, R., Tresoldi, E., Kolbinger, F., Traversari, C., Carballido, J. M., de Vries, J. E., Korthauer, U., Roncarolo, M. G.
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2005; 201 (8): 1293-1305

• Impaired humoral immunity in X-linked lymphoproliferative disease is associated with defective IL-10 production by CD4+ T
cells JOURNAL OF CLINICAL INVESTIGATION
Ma, C. S., Hare, N. J., Nichols, K. E., Dupre, L., Andolfi, G., Roncarolo, M. G., Adelstein, S., Hodgkin, P. D., Tangye, S. G.
2005; 115 (4): 1049-1059

• Differentiation of Tr1 cells by immature dendritic cells requires IL-10 but not CD25(+)CD4(+) Tr cells BLOOD
Levings, M. K., Gregori, S., Tresoldi, E., Cazzaniga, S., Bonini, C., Roncarolo, M. G.
2005; 105 (3): 1162-1169

• Induction of transplantation tolerance in humans using fetal cell transplants 20th International Congress of the Transplantation-Society
Touraine, J. L., Roncarolo, M. G., Raudrant, D., Bacchetta, R., Golfier, F., Sembeil, R., Gebuhrer, L.
ELSEVIER SCIENCE INC.2005: 65–66

• Recombinant human interleukin 10 suppresses gliadin dependent T cell activation in ex vivo cultured coeliac intestinal mucosa GUT
Salvati, V. M., Mazzarella, G., Gianfrani, C., Levings, M. K., Stefanile, R., De Giulio, B., Iaquinto, G., Giardullo, N., Auricchio, S., Roncarolo, M. G.,
Troncone, R.
2005; 54 (1): 46-53

• Phenotypic and functional differences between human CD4(+)CD25(+) and type 1 regulatory T cells CD4-PLUSCD25-PLUS REGULATORY T
CELLS: ORIGIN, FUNCTION AND THERAPEUTIC POTENTIAL
Levings, A. K., Roncarolo, M. G.
2005; 293: 303-326

• IL-3 or IL-7 increases ex vivo gene transfer efficiency in ADA-SCID BM CD34(+) cells while maintaining in vivo lymphoid
potential MOLECULAR THERAPY
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., Aiuti, A.
2004; 10 (6): 1096-1108

• Lentiviral vector-mediated gene transfer in T cells from Wiskott-Aldrich syndrome patients leads to functional correction MOLECULAR
THERAPY
Dupre, L., Trifari, S., Follenzi, A., Marangoni, F., de Lera, T. L., Bernad, A., Martino, S., Tsuchiya, S., Bordignon, C., Naldini, L., Aiuti, A., Roncarolo,
M. G.
2004; 10 (5): 903-915

• Analysis of galactocerebrosidase activity in the mouse brain by a new histological staining method JOURNAL OF NEUROSCIENCE
RESEARCH
Dolcetta, D., Perani, L., Givogri, M. I., Galbiati, F., Orlacchio, A., Martino, S., Roncarolo, M. G., Bongarzone, E.
2004; 77 (3): 462-464

• Targeting lentiviral vector expression to hepatocytes limits transgene-specific immune response and establishes long-term expression of
human antihemophilic factor IX in mice BLOOD
Follenzi, A., Battaglia, M., Lombardo, A., Annoni, A., Roncarolo, M. G., Naldini, L.
2004; 103 (10): 3700-3709

• Efficient gene transfer into primitive hematopoietic progenitors using a bone marrow microenvironment cell line engineered to produce
retroviral vectors HAEMATOLOGICA
Dando, J. S., Ficara, F., Deola, S., Roncarolo, M. G., Bordignon, C., Aiuti, A.
2004; 89 (4): 462-470

• Mobilized blood CD341 cells transduced and selected with a clinically applicable protocol reconstitute lymphopoiesis in SCID-Hu
mice HUMAN GENE THERAPY
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., Aiuti, A.
2004; 15 (3): 305-311

• The role of cytokines (and not only) in inducing and expanding T regulatory type 1 cells 3rd Beaune Seminar in Transplant Research
Battaglia, M., Roncarolo, M. G.
LIPPINCOTT WILLIAMS & WILKINS.2004: S16–S18
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• Reappraisal of in utero stem cell transplantation based on long-term results FETAL DIAGNOSIS AND THERAPY
Touraine, J. L., Raudrant, D., Golfier, F., Rebaud, A., Sembeil, R., Roncarolo, M. G., Bacchetta, R., d'Oiron, R., Lambert, T., Gebuhrer, L.
2004; 19 (4): 305-312

• IL-10-producing T regulatory type 1 cells and oral tolerance Conference on Oral Tolerance
Battaglia, M., Gianfrani, C., Gregori, S., Roncarolo, M. G.
NEW YORK ACAD SCIENCES.2004: 142–153

• Gene therapy for adenosine deaminase deficiency. Current opinion in allergy and clinical immunology
Aiuti, A., Ficara, F., Cattaneo, F., Bordignon, C., Roncarolo, M. G.
2003; 3 (6): 461-466

• IL-10 and TGF-beta induce alloreactive CD4(+)CD25(-) T cells to acquire regulatory cell function BLOOD
Chen, Z. M., O'Shaughnessy, M. J., Gramaglia, I., Panoskaltsis-Mortari, A., Murphy, W. J., Narula, S., Roncarolo, M. G., Blazar, B. R.
2003; 101 (12): 5076-5083

• The role of interleukin 10 in the control of autoimmunity JOURNAL OF AUTOIMMUNITY
Roncarolo, M. G., Battaglia, M., Gregori, S.
2003; 20 (4): 269-272

• Type 1 T regulatory cells and their relationship with CD4+CD25+ T regulatory cells. Novartis Foundation symposium
Roncarolo, M. G., Gregori, S., Levings, M.
2003; 252: 115-127

• The role of IL-10 and TGF-beta in the differentiation and effector function of T regulatory cells INTERNATIONAL ARCHIVES OF ALLERGY
AND IMMUNOLOGY
Levings, M. K., Bacchetta, R., Schulz, U., Roncarolo, M. G.
2002; 129 (4): 263-276

• Human CD25(+) CD4(+) T suppressor cell clones produce transforming growth factor beta, but not interleukin 10, and are distinct from
type 1 T regulatory cells JOURNAL OF EXPERIMENTAL MEDICINE
Levings, M. K., Sangregorio, R., Sartirana, C., Moschin, A. L., Battaglia, M., ORBAN, P. C., Roncarolo, M. G.
2002; 196 (10): 1335-1346

• Human insulin production and amelioration of diabetes in mice by electrotransfer-enhanced plasmid DNA gene transfer to the skeletal
muscle GENE THERAPY
Martinenghi, S., De Angelis, G. C., Biressi, S., Amadio, S., Bifari, F., Roncarolo, M. G., Bordignon, C., Falqui, L.
2002; 9 (21): 1429-1437

• Growth and expansion of human T regulatory type 1 cells are independent from TCR activation but require exogenous
cytokines EUROPEAN JOURNAL OF IMMUNOLOGY
Bacchetta, R., Sartirana, C., Levings, M. K., Bordignon, C., Narula, S., Roncarolo, M. G.
2002; 32 (8): 2237-2245

• Wiskott-Aldrich syndrome protein regulates lipid raft dynamics during immunological synapse formation IMMUNITY
Dupre, L., Aiuti, A., Trifari, S., Martino, S., Saracco, P., Bordignon, C., Roncarolo, M. G.
2002; 17 (2): 157-166

• Correction of ADA-SCID by stem cell gene therapy combined with nonmyeloablative conditioning SCIENCE
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, et
al
2002; 296 (5577): 2410-2413

• Immune reconstitution in ADA-SCID after PBL gene therapy and discontinuation of enzyme replacement NATURE MEDICINE
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., Bordignon, et al
2002; 8 (5): 423-425

• Therapeutic applications for hematopoietic stem cell gene transfer NATURE IMMUNOLOGY
Bordignon, C., Roncarolo, M. G.
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2002; 3 (4): 318-321

• The puzzling world of murine T regulatory cells MICROBES AND INFECTION
Battaglia, M., Blazar, B. R., Roncarolo, M. G.
2002; 4 (5): 559-566

• A novel human packaging cell line with hematopoietic supportive capacity increases gene transfer into early hematopoietic
progenitors HUMAN GENE THERAPY
Dando, J. S., Roncarolo, M. G., Bordignon, C., Aiuti, A.
2001; 12 (16): 1979-1988

• Type 1 T regulatory cells IMMUNOLOGICAL REVIEWS
Roncarolo, M. G., Bacchetta, R., Bordignon, C., Narula, S., Levings, M. K.
2001; 182: 68-79

• Human CD25(+)CD4(+) T regulatory cells suppress naive and memory T cell proliferation and can be expanded in vitro without loss of
function JOURNAL OF EXPERIMENTAL MEDICINE
Levings, M. K., Sangregorio, R., Roncarolo, M. G.
2001; 193 (11): 1295-1301

• Construction of human-SCID chimeric mice. Current protocols in immunology / edited by John E. Coligan ... [et al.]
Roncarolo, M. G., Carballido, J. M.
2001; Chapter 4: Unit 4 8-?

• IFN-alpha and IL-10 induce the differentiation of human type 1 T regulatory cells JOURNAL OF IMMUNOLOGY
Levings, M. K., Sangregorio, R., Galbiati, F., Squadrone, S., Malefyt, R. D., Roncarolo, M. G.
2001; 166 (9): 5530-5539

• Differentiation of T regulatory cells by immature dendritic cells JOURNAL OF EXPERIMENTAL MEDICINE
Roncarolo, M. G., Levings, M. K., Traversari, C.
2001; 193 (2): F5-F9

• Altered T-cell receptor+CD28-mediated signaling and blocked cell cycle progression in interleukin 10 and transforming growth factor-beta-
treated alloreactive T cells that do not induce graft-versus-host disease BLOOD
Boussiotis, V. A., Chen, Z. M., Zeller, J. C., Murphy, W. J., Berezovskaya, A., Narula, S., Roncarolo, M. G., Blazar, B. R.
2001; 97 (2): 565-571

• The role of different subsets of T regulatory cells in controlling autoimmunity CURRENT OPINION IN IMMUNOLOGY
Roncarolo, M. G., Levings, M. K.
2000; 12 (6): 676-683

• T cell receptor-dependent activation of human lymphocytes through cell surface ganglioside GT1b: implications for innate
immunity EUROPEAN JOURNAL OF IMMUNOLOGY
Bukowski, J. F., Roncarolo, M. G., Spits, H., Krangel, M. S., Morita, C. T., Brenner, M. B., Band, H.
2000; 30 (11): 3199-3206

• T-regulatory 1 cells: A novel subset of CD4(+)T cells with immunoregulatory properties Meeting on New Trends in Immunopharmacology 1998
Levings, M. K., Roncarolo, M. G.
MOSBY-ELSEVIER.2000: S109–S112

• Prognostic significance of increased IL-10 production in patients prior to allogeneic bone marrow transplantation BONE MARROW
TRANSPLANTATION
Holler, E., Roncarolo, M. G., Hintermeier-Knabe, R., Eissner, G., Ertl, B., Schulz, U., Knabe, H., Kolb, H. J., Andreesen, R., Wilmanns, W.
2000; 25 (3): 237-241

• Generation of primary antigen-specific human T- and B-cell responses in immunocompetent SCID-hu mice NATURE MEDICINE
Carballido, J. M., Namikawa, R., Carballido-Perrig, N., Antonenko, S., Roncarolo, M. G., de Vries, J. E.
2000; 6 (1): 103-106

• Induction of CD4(+) T cell alloantigen-specific hyporesponsiveness by IL-10 and TGF-beta(1) JOURNAL OF IMMUNOLOGY
Zeller, J. C., Panoskaltsis-Mortari, A., Murphy, W. J., Ruscetti, F. W., Narula, S., Roncarolo, M. G., Blazar, B. R.
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1999; 163 (7): 3684-3691

• IL-10 transgenic mice present a defect in T cell development reminiscent to SCID patients JOURNAL OF IMMUNOLOGY
Rouleau, M., Cottrez, F., Bigler, M., Antonenko, S., Carballido, J. M., Zlotnik, A., Roncarolo, M. G., Groux, H.
1999; 163 (3): 1420-1427

• Administration of Flk2/Flt3 ligand induces expansion of human high-proliferative potential colony-forming cells in the SCID-hu
mouse EXPERIMENTAL HEMATOLOGY
Namikawa, R., Muench, M. O., Firpo, M. T., Humeau, L., Xu, Y. M., Menon, S., Roncarolo, M. G.
1999; 27 (6): 1029-1037

• High spontaneous IL-10 production in unrelated bone marrow transplant recipients is associated with fewer transplant-related
complications and early deaths BONE MARROW TRANSPLANTATION
Baker, K. S., Roncarolo, M. G., Peters, C., Bigler, M., DeFor, T., Blazar, B. R.
1999; 23 (11): 1123-1129

• Ex vivo manipulations alter the reconstitution potential of mobilized human CD34(+) peripheral blood progenitors LEUKEMIA
Humeau, L., Namikawa, R., Bardin, F., Mannoni, P., Roncarolo, M. G., Chabannon, C.
1999; 13 (3): 438-452

• A transgenic model to analyze the immunoregulatory role of IL-10 secreted by antigen-presenting cells JOURNAL OF IMMUNOLOGY
Groux, H., Cottrez, F., Rouleau, M., Mauze, S., Antonenko, S., Hurst, S., McNeil, T., Bigler, M., Roncarolo, M. G., Coffman, R. L.
1999; 162 (3): 1723-1729

• Interleukin-10 dose-dependent regulation of CD4(+) and CD8(+) T cell-mediated graft-versus-host disease TRANSPLANTATION
Blazar, B. R., Taylor, P. A., Panoskaltsis-Mortari, A., Narula, S. K., Smith, S. R., Roncarolo, M. G., Vallera, D. A.
1998; 66 (9): 1220-1229

• The X-linked lymphoproliferative-disease gene product SAP regulates signals induced through the co-receptor SLAM NATURE
Sayos, J., Wu, C., Morra, M., Wang, N., Zhang, X., Allen, D., van Schaik, S., Notarangelo, L., Geha, R., Roncarolo, M. G., Oettgen, H., de Vries, J.
E., Aversa, et al
1998; 395 (6701): 462-469

• Transgene expression of bcl-x(L) permits anti-immunoglobulin (Ig)-induced proliferation in xid B cells JOURNAL OF EXPERIMENTAL
MEDICINE
Solvason, N., Wu, W. W., Kabra, N., Lund-Johansen, F., Roncarolo, M. G., Behrens, T. W., Grillot, D. A., Nunez, G., Lees, E., Howard, M.
1998; 187 (7): 1081-1091

• Inhibitory and stimulatory effects of IL-10 on human CD8(+) T cells JOURNAL OF IMMUNOLOGY
Groux, H., Bigler, M., de Vries, J. E., Roncarolo, M. G.
1998; 160 (7): 3188-3193

• Successful reconstitution of human hematopoiesis in the SCID-hu mouse by genetically modified, highly enriched progenitors isolated
from fetal liver BLOOD
Humeau, L., Chabannon, C., Firpo, M. T., Mannoni, P., Bagnis, C., Roncarolo, M. G., Namikawa, R.
1997; 90 (9): 3496-3506

• A CD4(+) T-cell subset inhibits antigen-specific T-cell responses and prevents colitis NATURE
Groux, H., OGARRA, A., Bigler, M., Rouleau, M., Antonenko, S., deVries, J. E., Roncarolo, M. G.
1997; 389 (6652): 737-742

• Immunological tolerance following stem cell transplantation in human fetuses in utero 2nd Congress on Pregnancy After Transplantation
TOURAINE, J. L., Raudrant, D., Laplace, S., Roncarolo, M. G.
ELSEVIER SCIENCE INC.1997: 2477–77

• Induction of human T helper cell type 1 differentiation results in loss of IFN-gamma receptor beta-chain expression JOURNAL OF
IMMUNOLOGY
Groux, H., Sornasse, T., Cottrez, F., deVries, J. E., Coffman, R. L., Roncarolo, M. G., Yssel, H.
1997; 158 (12): 5627-5631

• Colony-forming cells expressing high levels of CD34 are the main targets for granulocyte colony-stimulating factor and macrophage
colony-stimulating factor in the human fetal liver EXPERIMENTAL HEMATOLOGY
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Muench, M. O., Roncarolo, M. G., ROSNET, O., Birnbaum, D., Namikawa, R.
1997; 25 (4): 277-287

• Inflammatory reactions induced by pretransplant conditioning - An alternative target for modulation of acute GVHD and complications
following allogeneic bone marrow transplantation? LEUKEMIA & LYMPHOMA
Holler, E., Ertl, B., HINTERMEIERKNABE, R., Roncarolo, M. G., Eissner, G., Mayer, F., Fraunberger, P., Behrends, U., Pfannes, W., Kolb, H. J.,
Wilmanns, W.
1997; 25 (3-4): 217-224

• Phenotypic and functional evidence for the expression of CD4 by hematopoietic stem cells isolated from human fetal liver BLOOD
Muench, M. O., Roncarolo, M. G., Namikawa, R.
1997; 89 (4): 1364-1375

• Antigen-specific cytotoxic T cells mediate human fetal pancreas allograft rejection in SCID-hu mice JOURNAL OF IMMUNOLOGY
Rouleau, M., Namikawa, R., Antonenko, S., CARBALLIDOPERRIG, N., Roncarolo, M. G.
1996; 157 (12): 5710-5720

• Treatment of X-linked severe combined immunodeficiency by in utero transplantation of paternal bone marrow NEW ENGLAND JOURNAL
OF MEDICINE
Flake, A. W., Roncarolo, M. G., Puck, J. M., ALMEIDAPORADA, G., Evans, M. I., Johnson, M. P., Abella, E. M., Harrison, D. D., Zanjani, E. D.
1996; 335 (24): 1806-1810

• Human T-and B-cell functions in SCID-hu mice. Seminars in immunology
Roncarolo, M. G., Carballido, J. M., Rouleau, M., Namikawa, R., de Vries, J. E.
1996; 8 (4): 207-213

• Regulatory roles of the ligand for Flk2/Flt3 tyrosine kinase receptor on human hematopoiesis STEM CELLS
Namikawa, R., Muench, M. O., Roncarolo, M. G.
1996; 14 (4): 388-395

• Interleukin-10 induces a long-term antigen-specific anergic state in human CD4(+) T cells JOURNAL OF EXPERIMENTAL MEDICINE
Groux, H., Bigler, M., deVries, J. E., Roncarolo, M. G.
1996; 184 (1): 19-29

• Immune functions of cord blood cells before and after transplantation. Journal of hematotherapy
Roncarolo, M. G., Bigler, M., Martino, S., CIUTI, E., Tovo, P. A., Wagner, J.
1996; 5 (2): 157-160

• The FLK2/FLT3 ligand synergizes with interleukin-7 in promoting stromal-cell-independent expansion and differentiation of human fetal
pro-B cells in vitro BLOOD
Namikawa, R., Muench, M. O., deVries, J. E., Roncarolo, M. G.
1996; 87 (5): 1881-1890

• The role of interleukin-10 in T-cell tolerance International Symposium on Immune Tolerance
Roncarolo, M. G., LUNDJOHANSEN, F., Groux, H., deVries, J. E.
EDITIONS SCIENTIFIQUES ET MEDICALES ELSEVIER.1996: 141–147

• IL-4 INDUCES HUMAN B-CELL MATURATION AND IGE SYNTHESIS IN SCID-HU MICE - INHIBITION OF ONGOING IGE PRODUCTION BY IN-
VIVO TREATMENT WITH AN IL-4/IL-13 RECEPTOR ANTAGONIST JOURNAL OF IMMUNOLOGY
Carballido, J. M., SCHOLS, D., Namikawa, R., Zurawski, S., Zurawski, G., Roncarolo, M. G., deVries, J. E.
1995; 155 (9): 4162-4170

• HLA-HAPLOIDENTICAL UMBILICAL-CORD BLOOD STEM-CELL TRANSPLANTATION IN A CHILD WITH ADVANCED LEUKEMIA - CLINICAL
OUTCOME AND ANALYSIS OF HEMATOPOIETIC RECOVERY BONE MARROW TRANSPLANTATION
Miniero, R., Busca, A., Roncarolo, M. G., Saitta, M., Iavarone, A., Timeus, F., Amoroso, A., Perugini, L., CIUTI, E., Saracco, P., Ruggieri, L., Vassallo,
E., Madon, et al
1995; 16 (2): 229-240

• UNIQUE CYTOKINE PRODUCTION PROFILE OF ANERGIC HUMAN T-CELLS IN SCID-HU MICE AFTER STAPHYLOCOCCAL-ENTEROTOXIN-
B ADMINISTRATION JOURNAL OF IMMUNOLOGY
SCHOLS, D., Jones, D., Roncarolo, M. G.
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1995; 154 (7): 3204-3212

• DYSFUNCTIONAL CYTOKINE PRODUCTION BY HOST-REACTIVE T-CELL - CLONES ISOLATED FROM A CHIMERIC SEVERE COMBINED
IMMUNODEFICIENCY PATIENT TRANSPLANTED WITH HAPLOIDENTICAL BONE-MARROW BLOOD
Bacchetta, R., Parkman, R., McMahon, M., Weinberg, K., Bigler, M., deVries, J. E., Roncarolo, M. G.
1995; 85 (7): 1944-1953

• TRACING THE EXPRESSION OF CD7 AND OTHER ANTIGENS DURING T-CELL AND MYELOID-CELL DIFFERENTIATION IN THE HUMAN
FETAL LIVER AND THYMUS LEUKEMIA & LYMPHOMA
Barcena, A., Muench, M. O., Roncarolo, M. G., Spits, H.
1995; 17 (1-2): 1-11

• FLK-2/FLT-3 LIGAND REGULATES THE GROWTH OF EARLY MYELOID PROGENITORS ISOLATED FROM HUMAN FETAL LIVER BLOOD
Muench, M. O., Roncarolo, M. G., Menon, S., Xu, Y. M., Kastelein, R., Zurawski, S., HANNUM, C. H., Culpepper, J., Lee, F., Namikawa, R.
1995; 85 (4): 963-972

• TRANSPLANTATION OF MISMATCHED HUMAN FETAL LIVER-CELLS - TOLERANCE INDUCTION VIA CLONAL DELETION AND CLONAL
ANERGY XVth World Congress of the Transplantation-Society
TOURAINE, J. L., Bacchetta, R., Yssel, H., Devries, J., Roncarolo, M. G.
ELSEVIER SCIENCE INC.1995: 622–24

• T-cell subsets and their cytokine profiles in transplantation and tolerance Conference on Bone Marrow Transplantation in the 90s - Into the
21st-Century
Groux, H., Rouleau, M., Bacchetta, R., Roncarolo, M. G.
NEW YORK ACAD SCIENCES.1995: 141–148

• PROGRESS IN THE EX-VIVO EXPANSION OF HEMATOPOIETIC PROGENITORS LEUKEMIA & LYMPHOMA
Muench, M. O., Roncarolo, M. G., Namikawa, R., Barcena, A., Moore, M. A.
1994; 16 (1-2): 1-11

• ANTI-SCID MOUSE REACTIVITY SHAPES THE HUMAN CD4(+) T-CELL REPERTOIRE IN HU-P8L-SCID CHIMERAS JOURNAL OF
EXPERIMENTAL MEDICINE
TARYLEHMANN, M., Lehmann, P. V., SCHOLS, D., Roncarolo, M. G., Saxon, A.
1994; 180 (5): 1817-1827

• IDENTIFICATION OF A COMMON T-NATURAL-KILLER-CELL PROGENITOR IN HUMAN FETAL THYMUS JOURNAL OF EXPERIMENTAL
MEDICINE
Sanchez, M. J., Muench, M. O., Roncarolo, M. G., Lanier, L. L., Phillips, J. H.
1994; 180 (2): 569-576

• LYMPHOID AND MYELOID DIFFERENTIATION OF FETAL LIVER CD34+ LINEAGE(-) CELLS IN HUMAN THYMIC ORGAN-
CULTURE JOURNAL OF EXPERIMENTAL MEDICINE
Barcena, A., Galy, A. H., PUNNONEN, J., Muench, M. O., SCHOLS, D., Roncarolo, M. G., deVries, J. E., Spits, H.
1994; 180 (1): 123-132

• EXPRESSION OF CD33, CD38, AND HLA-DR ON CD34+ HUMAN FETAL LIVER PROGENITORS WITH A HIGH PROLIFERATIVE
POTENTIAL BLOOD
Muench, M. O., Cupp, J., Polakoff, J., Roncarolo, M. G.
1994; 83 (11): 3170-3181

• LIGAND FOR FLT3 FLK2 RECEPTOR TYROSINE KINASE REGULATES GROWTH OF HEMATOPOIETIC STEM-CELLS AND IS ENCODED BY
VARIANT RNAS NATURE
Hannum, C., Culpepper, J., Campbell, D., McClanahan, T., Zurawski, S., Bazan, J. F., Kastelein, R., Hudak, S., Wagner, J., Mattson, J., Luh, J.,
Duda, G., MARTINA, et al
1994; 368 (6472): 643-648

• IL-2 REVERSES HUMAN T-CELL UNRESPONSIVENESS INDUCED BY THYMIC EPITHELIUM IN SCID-HU MICE JOURNAL OF IMMUNOLOGY
SCHOLS, D., Vandekerckhove, B., Jones, D., Roncarolo, M. G.
1994; 152 (5): 2198-2206

• IN-VIVO CYTOKINE EXPRESSION IN THE THYMUS CD3(HIGH) HUMAN THYMOCYTES ARE ACTIVATED AND ALREADY FUNCTIONALLY
DIFFERENTIATED IN HELPER AND CYTOTOXIC-CELLS JOURNAL OF IMMUNOLOGY
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VANDEKERCKHOVE, B. A., Barcena, A., SCHOLS, D., MOHANPETERSON, S., Spits, H., Roncarolo, M. G.
1994; 152 (4): 1738-1743

• HIGH-LEVELS OF INTERLEUKIN-10 PRODUCTION IN-VIVO ARE ASSOCIATED WITH TOLERANCE IN SCID PATIENTS TRANSPLANTED
WITH HLA MISMATCHED HEMATOPOIETIC STEM-CELLS JOURNAL OF EXPERIMENTAL MEDICINE
Bacchetta, R., Bigler, M., TOURAINE, J. L., Parkman, R., Tovo, P. A., Abrams, J., Malefyt, R. D., deVries, J. E., Roncarolo, M. G.
1994; 179 (2): 493-502

• IN SEARCH OF T-CELL PROGENITORS IN THE HUMAN FETAL LIVER RESEARCH IN IMMUNOLOGY
Barcena, A., Muench, M. O., Roncarolo, M. G., Spits, H.
1994; 145 (2): 120-123

• IMMUNE-RESPONSES BY CORD-BLOOD CELLS BLOOD CELLS
Roncarolo, M. G., Bigler, M., CIUTI, E., Martino, S., Tovo, P. A.
1994; 20 (2-3): 573-586

• ROLE OF IL-10 IN TRANSPLANTATION TOLERANCE 25th Conference on Transplantation and Clinical Immunology - Rejection and Tolerance
Roncarolo, M. G., Bacchetta, R., TOURAINE, J. L., Malefyt, R. D., deVries, J. E.
KLUWER ACADEMIC PUBL.1994: 279–290

• TOLERANCE TO ALLOANTIGENS AND RECOGNITION FOR ALLO+X INDUCED IN HUMANS BY FETAL STEM CELL
TRANSPLANTATION 25th Conference on Transplantation and Clinical Immunology - Rejection and Tolerance
TOURAINE, J. L., Roncarolo, M. G., Plotnicky, H., Bacchetta, R., Spits, H., Gebuhrer, L., Betuel, H.
KLUWER ACADEMIC PUBL.1994: 265–277

• TOLERANCE TO ALLOANTIGENS AND RECOGNITION FOR ALLO+X INDUCED IN HUMANS BY FETAL STEM CELL
TRANSPLANTATION 25th Conference on Transplantation and Clinical Immunology - Rejection and Tolerance
TOURAINE, J. L., Roncarolo, M. G., Plotnicky, H., Bacchetta, R., Spits, H., Gebuhrer, L., Betuel, H.
KLUWER ACADEMIC PUBL.1994: 265–277

• PHENOTYPIC AND FUNCTIONAL-ANALYSIS OF T-CELL PRECURSORS IN THE HUMAN FETAL LIVER AND THYMUS - CD7 EXPRESSION IN
THE EARLY STAGES OF T-CELL AND MYELOID-CELL DEVELOPMENT BLOOD
Barcena, A., Muench, M. O., Galy, A. H., Cupp, J., Roncarolo, M. G., Phillips, J. H., Spits, H.
1993; 82 (11): 3401-3414

• T-LYMPHOCYTES FROM HUMAN CHIMERAS DO RECOGNIZE ANTIGEN IN THE CONTEXT OF ALLOGENEIC DETERMINANTS OF THE
MAJOR HISTOCOMPATIBILITY COMPLEX Beer-Sheva-Lyon Symposium on Immunology
TOURAINE, J. L., Roncarolo, M. G., Plotnicky, H., BACHETTA, R., Spits, H.
ELSEVIER SCIENCE BV.1993: 9–12
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