NATIONAL INSTITUTES OF HEALTH (NIH)
RECOMBINANT DNA ADVISORY COMMITTEE (RAC)

119th Meeting
NIH Main Campus, Natcher, Rm. E1 & E2

December 1-2, 2009
Agenda

Tuesday, December 1, 2009

9:05 AM Call to Order and Opening Remarks
Howard J. Federoff, M.D., Ph.D., RAC Chair

Tab 2574 For Y our Information
Notice of Meeting
Conflict of Interest Guidance
9:10 AM Minutes

RAC Reviewers: Joseph Kanabrocki, Ph.D.
Louis Kirchhoff, M.D., M.P.H.

Tab 2575 Minutes of the September 9, 2009, RAC Meeting
9:15AM Gene Transfer Safety Assessment Board Report

Tab 2580 Responsesto M-1-C-1
Protocol List
Protocols Not Selected for In-Depth Review and
Public Discussion
Slide Presentation

RAC Reviewers: Howard J. Federoff, M.D., Ph.D.
Scott E. Strome, M.D.
David A. Williams, M.D.
James R. Y ankaskas, M.D., M..S.
John A. Zaia, M .D.

Presenter: Steven Rosenberg, M.D., Ph.D., NIH
Slide Presentation



GTSAB_RPT_Dec2009.pdf
GTSAB_Rosenberg.pdf

Tuesday, December 1, 2009 (continued)

10:00 AM

11:45 AM

11:55 AM

12:30 PM

Discussion of Human Gene Transfer Protocol #0910-1005 entitled: A
Safety and Efficacy Sudy in Subjects with Leber Congenital Amaurosis
(LCA) using Adeno-associated Virus Vector to Deliver the Gene for Human
RPEGS to the Retinal Pigment Epithelium (RPE) [ AAV2-hRPEG5v2-301]

Pls:  Albert Maguire, M.D., Children’s Hospital of Philadelphia,
Philadelphia, PA
Stephen Russell, M.D., University of lowa, lowa City, |A
Slide Presentation 1  Slide Presentation 2

Sponsor: Center for Cellular and Molecular Therapeutics, Children’s
Hospital of Philadelphia, Philadelphia, PA

RAC Reviewers: Jeffrey Bartlett, Ph.D.
Howard Federoff, M.D., Ph.D.
Jeffrey Kahn, Ph.D., M.P.H.

Tab 2578 Protocol

Tab 2579 OBA Summary
OBA Letter to Pl on In-Depth RAC Review and
Public Discussion
Reviews from Drs. Bartlett, Federoff, and Kahn,
PI’ s Response

Public Comment

LUNCH

Discussion of Human Gene Transfer Protocol # 0908-995 entitled: A
Phase | Open-Label, Dose-Escalation Trial of JX-594 (Thymidine Kinase-
Inactivated Vaccinia Virus Plus GM-CSF) Administered by Intratumoral

Injection in Pediatric Patients with Unresectable Refractory Solid Tumors

PI: Timothy Cripe, M.D., Cincinnati Children’s Hospital Medical
Center, Cincinnati, OH

Submitter: Jennerex, Inc., San Francisco, CA  Slide Presentation

RAC Reviewers: Michagl Buchmeier, Ph.D., M.S.
Eric Kodish, M.D.
John Zaia, M .D.

Tab 2576 Protocol



Bennett_1005.pdf
Maguire_1005.pdf
Jennerex_995.pdf

Tuesday, December 1, 2009 (continued)

Tab 2577 OBA Summary
OBA Letter to Pl on In-Depth RAC Review and
Public Discussion
Reviews from Drs. Buchmeier, Kodish and Zaia

PI’ s Response
2:15PM Public Comment
2:20 PM BREAK
2:30 PM Discussion of Human Gene Transfer Protocol # 0910-1004 entitled: An

Open Label Dose Escalation Study to Evaluate the Safety of a Sngle
Escalating Dose of ACRX-100 Administered by Endomyocardial Injection to
Cohorts of Adults with Ischemic Heart Failure

PI: Douglas W. Losordo, M.D., Feinberg Cardiovascular Research
Institute, Chicago, IL

Sponsor: Juventas Therapeutics, Inc., Cleveland, OH
Slide Presentation

RAC Reviewers. Hildegund Ertl, M.D.
Jane Flint, Ph.D.

Ad hoc Reviewer: W. Robb MacLellan, M.D., University of California,
Los Angeles, CA

Tab 2583 Protocol
Tab 2584 OBA Summary
OBA Letter to Pl on In-Depth RAC Review and
Public Discussion
Reviews from Drs. Ertl, Flint and MacL ellan
Pl’ s Response
4:15 PM Public Comment

4:20 PM Break



Juventas_1004.pdf

Tuesday, December 1, 2009 (continued)

4:30 PM

5:30 PM

5:45 PM

Update on Proposed Changesto the NIH Guidelinesfor Research
I nvolving Recombinant DNA

Presenters:  Jacqueline Corrigan-Curay, J.D., M.D., Office of
Biotechnology Activities, NIH

Robert Jambou, Ph.D., Office of Biotechnology Activities,
NIH
Slide Presentation 1 Slide Presentation 2

Public Comment

ADJOURN

Wednesday, December 2, 2009

8:30 AM

8:35AM

9:30 AM

Call to Order and Opening Remarks
Howard J. Federoff, M.D., Ph.D., RAC Chair

Updateon Trial for Beta Thalassemia and Sickle Cell Disease using a
Lentiviral Vector: Observation of a Clonal Population of Cellsin a
Subject

Presenters:  Philippe Leboulch, M.D, University of Paris, Paris, France
Slide Presentation

Michel Sadelain, M.D., Ph.D., Memorial Sloan-Kettering
Cancer Center, New York, NY
Slide Presentation

Discussion of Human Gene Transfer Protocol # 0910-1006 entitled:
Treatment of Subjects with Adenosine Deaminase (ADA) Deficient Severe
Combined Immunodeficiency (SCID) with Autologous Bone Marrow CD34+
Sem/Progenitor Cells After Addition of a Normal Human ADA cDNA by the
EFSADA Lentiviral Vector

PI: Donald Kohn, M.D., University of California, Los Angeles, CA
Slide Presentation

RAC Reviewers: Hung Fan, Ph.D.
Eric Kodish, M.D.

-4-


Gdl_rev_Dec09RAC_final.pdf
Gdl_revSmry_Dec09RAC_actual.pdf
Leboulch_RACDec09.pdf
Sadelain_RAC120209.pdf
EFS-ADA_RAC120209.pdf

Wednesday, December 2, 2009 (continued)

11:20 AM

11:30 AM

12:15 PM

1:00 PM

Ad hoc Reviewer: Morton Cowan, M.D., University of California, San
Francisco, California

Tab 2585 Protocol

Tab 2586 OBA Summary
OBA Letter to Pl on In-Depth RAC Review and
Public Discussion
Reviews from Drs. Fan, Kodish and Cowan
Pl’ s Response

Public Comment
Discussion on Potential Symposium Regar ding I nsertional M utagenesis

Moderators. Hung Fan, Ph.D.
Naomi Rosenberg, Ph.D., Tufts University, Boston, MA
Nikunj Somia, Ph.D., University of Minnesota,
Minneapolis, MN
Slide Presentation

LUNCH

Discussion of Human Gene Transfer Protocol #0910-1002 entitled: A
Multiple-Ste, Phase 2, Safety and Efficacy Trial of a Recombinant Adeno
associated Virus Vector Expressing Alpha 1 Antitrypsin (rAAV1-CB-hAAT)
in Patients with Alpha 1 Antitrypsin Deficiency

Pls:.  TerenceR. Fotte, M.D., University of Massachusetts Medical
School, Worcester, MA
Bruce Trapnell, M.D., Cincinnati Children’s Hospital Medical
Center, Cincinnati, OH
Robert A. Sandhaus, M.D., National Jewish Medical and Research
Center, Denver, CO
Noel G. McElvaney, M.D., Royal College of Surgeons, Dublin,
Ireland

Sponsor: Applied Genetic Technologies Corporation, Alachua, FL
Slide Presentation

RAC Reviewers: Jeffrey Bartlett, Ph.D.
Hildegund Ertl, M .D.
James Y ankaskas, M.D., M.S.

Tab 2581 Protocol



InsMut_RAC120209jcc.pdf
AGTC-AAT-002%20RAC2009_11_25.pdf

Wednesday, December 2, 2009 (continued)

Tab 2582 OBA Summary
OBA Letter to Pl on In-Depth RAC Review and
Public Discussion
Reviews from Drs. Bartlett, Ertl, and Y ankaskas
Pl’ s Response

2:50 PM Public Comment

3:00 PM Major Action: Introduction of Tetracycline Resistanceinto Chlamydia
trachomatis

Presenters: Louis Kirchhoff, M.D., M.P.H.
Slide Presentation

Harlan D. Cadwell, Ph.D., Rocky Mountain Laboratory, NIH,
Hamilton, MT
Slide Presentation

Tab 2587 Proposed Experiment from Dr. Caldwell
4:10 PM Public Comment

4:15 PM Adjourn



Major_Action_RAC20091130.pdf
Caldwell_Tab2587.pdf
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