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Nationality: U.S.A.
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Physical Sciences
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Developmental Genetics
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Postgraduate Training

1987-1990 Internship and Residency, Baylor College of Medicine,
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Post-doctoral research - Laboratory Director, Savio Woo, Ph.D.
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Educational Scholarships and Honors
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Board Certification
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Clinical Trials
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Phase I/Il AAV-human factor IX mediated gene transfer into liver IND BB-9398 Holder 1/2001-1/2002;
Scientific advisor 2002-2005
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Dean’s Committee on Post-doctoral Affairs
Department of Genetics Graduate School Admissions
Berry Foundation Committee

Stanford University Faculty Senate
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Chairman, Berry Fellowship Committee
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American Society of Gene Therapy
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Japanese Society of Inherited Metabolic Disease- honorary member
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Buch, Berlin, Germany, March 1993.

3. American Society of Human Genetics - Workshop on Human Gene Therapy, New Orleans, LA,
October 1993.

4. International Conference on Coagulation Inhibitors, Chapel Hill, NC, November 1993.
5. Hemophilia Today, Poitiers, France, March 1994.



Immuno Hemophilia Update, St. Thomas, VI, March 1994.
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Advances in the Treatment of Hemophilia and von Willebrand's Disease, Oakland, CA, June 1994.
International Symposium on Gene Therapy, Valencia, Spain, November 1994.
Science in Medicine Lecture, University of Washington, WA, February 1995.

American Association for the Advancement of Science (AAAS) plenary session of Gene Therapy,
Atlanta, GA, February 1995.

Third Annual Conference on Gene Therapy, Berlin, Germany, April 1995.

NIH Panel to Assess the NIH Investment in Research on Gene Therapy, San Francisco, CA, August
1995.

National Hemophilia Foundation Meeting, Philadelphia, PA, October 1995.

Tenth Anniversary: Vascular Gene Transfer: Models of Disease and Therapy, Bethesda, MD, March
1996.

Region IX Hemophilia Foundation Meeting, Napa Valley, CA, March 1996.

Organizer and Chair of session on Gene Therapy and Animal Models for the XXII International
Congress of the World Federation of Hemophilia, Dublin, Ireland, June 1996.

Eighth Japanese-American Conference of Pharmacokinetics and Biopharmaceutics, Seattle, WA, July
1996.

National Hemophilia Meeting, San Diego, CA, September 1996.

Organizing committee of the 10th Annual Cystic Fibrosis Conference, Orlando, FL, October 1996.
39th Meeting of the Japanese Society of Inherited Metabolic Disease, Tokyo, Japan, November, 1996.
Third Japanese Workshop on Gene Therapy, Tokyo, Japan, November, 1996.

American Association for the Advancement of Science (AAAS) plenary session on Human Genetics,
Seattle, WA February, 1997.

Keystone Meeting, Cellular and Molecular Basis for Gene Therapy, Snowbird, UT, April 1997.
Muscular Dystrophy Association DMD Gene Therapy Workshop, Tucson, AZ, May 1997.

Williamsburg Cystic Fibrosis Meeting on Recent Advances in Gene Therapy, Williamsburg, VA, June
1997.

3rd Annual Symposium on German-American Frontiers of Science, Munich, Germany, June 1997.
International Conference on Gene Therapy for Hemophilia, Chapel Hill, NC, September 1997.

The 11th Annual Cystic Fibrosis Conference, speaker and session chair Nashville, TN, October 1997.
International Society for Liver Transplantation, Seattle, WA, October 1997.

American Society for Human Genetics-Educational Session speaker, Baltimore, MD, October 1997.

European Workshop on Gene Therapy, Milan, Italy, November 1997.
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Arosenius Honorary Lecture on Gene Therapy for Hemophilia, Stockholm, Sweden, November 1997.

Keystone Symposium on the Molecular and Cellular Biology of Gene Therapy, Keystone, CO, January
1998.

Society for Pediatric Research, State-of-the-Art Lecture on Gene Therapy for Genetic Diseases, New
Orleans, LA, May 1998.

XXIIT International Congress of the World Federation of Hemophilia-State-of-the-Art Plenary Session
and Chair of Plenary distinguished lecture, The Hague, Netherlands, May 1998.

FASEB meeting on Mechanisms of Liver Growth and Differentiation in Health and Disease - Chair and
speaker on Liver Gene Therapy and Cellular Transplantation, Snowmass, CO, July 1998.

NHF Workshop on Gene Therapy for Hemophilia, San Diego, CA, November 1998.
International Conference on Gene Therapy and Molecular Biology, Redwood City, CA, April 1999.

NIH/FDA Workshop on Non-Clinical Toxicology Study, Design Issues for Development of AAV-Based
Gene Therapeutics, Bethesda, MD, May 1999.

8™ Biennial International Congress on Liver Development, Gene Regulation and Disease, Orvieto, Italy,
June 1999

Williamsburg CF Meeting on Recent Progress in Gene Therapy, Williamsburg, VA, June 1999.
American Heart Failure Society, San Francisco, CA, September 1999.
American Society of Human Genetics: Symposia on Gene Therapy, San Francisco, CA, October 1999.

National Hemophilia Foundation, Presymposia on Gene Therapy for Hemophilia, Dallas, TX,
November 1999.

Gene Therapy Approaches for Diabetes and Its Complications, Rockville, MD, November 1999.
Keystone Symposium on Gene Therapy 2000, Keystone, CO, January 2000.
FASEB Liver Regeneration, Snowmass, CO, July 2000.

National Hemophilia Foundation, Workshop on Gene Therapy for Hemophilia, San Diego, CA, April
2001.

American Academy of Pediatrics-Educational Session-Gene Therapy: Pitfalls and Promises, San
Francisco, CA, October 2001.

American Society of Hematology, Symposia on Gene Therapy for Hemophilia, A phase 1 liver-based
clinical trial for hemophilia B, Orlando, FL, December 2001.

Gordon Conference on Hemostasis and Thrombosis, Colby, ME, July 2002.

World Congress of International Society of Hematology - Plenary Speaker, Seoul, Korea, August 2002.
10™ Annual European Society for Gene Therapy - Plenary Speaker, Niece, France, October 2002.
American Society for Microbiology - Speaker, Banff, Alberta, Canada, March 2003

American Society for Human Gene Therapy - Speaker, Workshop on RNA1, Washington DC, June
2003.

Ist Annual International Conference on Transposition and Animal Biotechnology - Speaker,
Minneapolis, MN, July 2003.
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78.
79.
80.
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86.
87.
88.
89.
90.
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Falk Symposium - Speaker, Germany, October, 2003.

Gordon Conference on Viral Vectors for Gene Therapy - Speaker, Santa Barbara, CA, February 2004.
American Chemical Society Annual Meeting - Speaker, Anaheim, CA, March 2004.

Keystone Symposium on siRNAs and miRNAs - Speaker, Keystone, CO, April 2004.

RNAI Conference - Speaker, Boston, MA, May 2004.

American Society for Gene Therapy - Education Session, Gene Transfer in Liver, Minneapolis, MN,
June 2004.

CHI RNAI Conference - Speaker, San Francisco, CA June 2004.

FASEB Meeting on Liver Biology - Speaker, Snowmass, CO, August 2004.

European Society of Gene Therapy Annual Meeting - Speaker, Edinburgh, Scotland, November 2004.
European Society for Gene Therapy - Speaker, Finland, November 2004.

Spanish Society for Gene Therapy - Keynote Speaker, Pamplona, Spain, January 2005.

Bari International Hemophilia Conference - Pizzomunno, Italy, May 2005.

American Society of Gene Therapy Symposia - Speaker, St. Louis, MO, June 2005.

Japanese Society of Gene Therapy Plenary Session - Speaker, Tokyo, Japan, July 2005.

Rennebohm Symposium, University of Wisconsin, Milwaukee, WI, September 2005.

Memorial Sloan Kettering Harold Varmus Presidential Symposium - Speaker, September 2005.
Conference on Cell and Gene Therapy - Speaker, Barcelona, Spain, October 2005.

University of Toronto Langdon Hall Conference-Gene Therapy - Speaker, Toronto, Canada, May 2006.
Mary Crowley Gene Therapy for Cancer - Speaker, Dallas, TX, September 2006.
Keystone meeting on RNAi/microRNA - Speaker, Keystone, CO, January 2007.

International Society for Heart and Lung Transplantation Plenary overview on RNAI, San Francisco,
CA, March 2007.

Gordon Conference on Human Genomics and Genetics - Speaker, Newport, RI, July 2007.
Oligotherapeutics Society 13th annual meeting - Speaker, Berlin, Germany, October 2007.

50" Anniversary Reunion for University of Washington Medical Genetics, October 2007.
American Society of Hematology, Educational Session on Micro RNA/RNAI, December 2007.
Gordon Research Conference, Science of Viral Vectors, Ventura, California, March, 2008.
Keystone meeting on RNAi/microRNA - Speaker, Keystone, CO, March, 2008.

Gene Therapy & Vaccines - Student invitee, University of Pennsylvania, May 2008.

Drug Delivery and Translational Research Conference, New York City, May 2008

American Society of Gene Therapy, 11™ annual meeting, two plenary talks - Speaker, May 2008.
. FASEB Liver meeting, Snowmass, Colorado, August 2008.



92. Keystone Meeting on RNA Therapeutics Lake Louise, CA. Session Chair and Plenary speaker. Feb.

2009

93. ASGT Meeting, San Diego, California. Session co-chair. May 2009
94. Keystone Meeting, Keystone, Colorado, Plenary speaker. June 2009.
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Ongoing Research Support

17-2006-1028 (Kay) 12/01/06 - 11/30/09

Juvenile Diabetes Research Foundation

Using Liver Cells to Treat Diabetes

Dr. Kay is a Co-PI with Dr. Markus Grompe at Oregon Health & Science University. The funds are
shared between the two laboratories. The major goal of this project is to study pancreatic transcription
factor-induced transdifferentiation of liver cells to beta cells and develop a preclinical model for treatment
of diabetes mellitus.

RO1 DK078424 (HL086425) (Kay) 09/30/06 - 08/31/10
National Institutes of Health

Studies on RNAi Based Delivery in Vivo

This is a shared grant with John Rossi at the City of Hope. The major goal of this project is to offer a
synergistic approach such that in the proposed consortium, they will work together to further unravel the
mechanisms involved in shRNA based toxicities as well as develop new expression paradigms for in vivo
shRNA-based therapeutics.
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RO1 AI071068 (Kay) 08/01/06 - 07/31/11
National Institutes of Health

RNAI for the Treatment of Viral Hepatitis

The major goal of this project is to develop an RNAi gene therapeutic that would be useful for treating
hepatitis virus infection.

RO1 HL092096-01A2 (Kay) 05/01/09 —4/30/13
National Institutes of Health

Molecular Evolution Strategies to Derive New Recombinant AAV Vectors

The goal of this project is to develop a novel class of human gene transfer vectors based on adeno-
associated virus (AAV) that combines high efficiency in vivo transduction of target tissues with the
ability to circumvent or overcome host immunologic responses in humans.

Pending Research Support

RO1 HL64274 (Kay)

National Institutes of Health

Gene Therapies for Hemophilias A & B

The major goal of this project is to (1) further study the mechanisms of AAV transduction in vivo, (2) build
AAYV vectors with improved expression cassettes for treating hemophilia; (3) development of robust DNA
vectors for hepatic gene transfer.

RFA-OD-09-003 (Kay)

National Institutes of Health

Cell Reprogramming to Treat Diabetes

The major goal of this project is to further define the cell type and mechanism of liver cell reprogramming
responsible for correcting diabetes mellitus after pancreatic transcription factor gene transfer into the liver.

R03 HL096222 (Longaker) 12/01/08 - 05/31/10

National Institutes of Health

Novel Strategies for Reprogramming iPS Derived Cardiac Cells

The goal of this project is to investigate the following aspects: (1) improve yield of induced pluripotent stem
cells using human mesenchymal cells instead of fibroblasts; (2) use safe nonviral and nonimmunogenic
minicircle plasmid as vector; (3) develop novel reprogramming strategies using microRNAs; (4) characterize
functionality of iPS cell-derived cardiomyocytes compared to human embryonic stem cells; (5) define the
network of genes involved in maintaining pluripotency and regulating differentiation using a systems biology
approach; and (6) apply state-of-the-art molecular imaging technology to track the fate and function of
transplanted cells.

Completed Research Support (last 5 years)

RS1-00236-1 (Kay) 07/01/07 - 06/30/09
California Institute for Regenerative Medicine
Novel Vectors for Gene Transfer into Human ES
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The major goal of this project is to develop a more efficient and reliable gene transfer vector for transferring
nucleic acids into embryonic stem cells than those in existence.

RO1 HL64274 (Kay)

04/01/05 - 03/31/09
National Institutes of Health
Hepatic Gene Transfer for the Treatment of Hemophilias A&B
The major goal of this project is to (1) further study the mechanisms of AAV transduction in vivo, (2) build
AAV vectors with improved expression cassettes for treating hemophilia; (3) development of robust DNA
vectors for hepatic gene transfer.

RO1 EB004657 (Davis) 02/01/05 - 01/31/09
California Institute of Technology

“Design of Gene Delivery System to Target Hepatocytes.” To evaluate the hypothesis that a properly
designed and engineered, synthetic, nonviral delivery vehicle bearing galactose-based targeting moieties can
effectively deliver nucleic acids to hepatocytes in mice.

NIH/NIDDK RO1 DK49022 Kay (PI) 04/01/03 - 03/30/07
“Improved Adenoviral Vectors for Hepatic Gene Therapy" (To produce a high titer adenovirus vector
devoid of all adenovirus coding sequences.)

NIH 2PO1 AR44012 (Khavari, P., Director/Kay, M., PI) 07/01/02 - 06/30/07
Molecular Therapeutics for Epithelial Disorders
Project 3: Transposon-Based Gene Therapeutics

NIH/NHLBI U01 HL66948 Kay (Director) 09/29/00 - 08/31/06
"Program of Excellence in Gene Therapy: Gene Therapy for Hemophilia."
To carry out clinical studies aimed at the goal of curing hemophilia.

NIH U19 AI40334 (Rice, C., Director/Kay, M., PI) 02/01/01 - 07/31/05
Hepatitis C: Studies of Immunity and Pathogenesis
Project 3: A mouse model for HCV infection.
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