NATIONAL INSTITUTES OF HEALTH

RECOMBINANT DNA ADVISORY COMMITTEE (RAC)

Building 31, Conference Room 10
Bethesda, Maryland
September 25-26, 2000

Draft Agenda

September 25, 2000

I1

I

Call to Order and Opening Remarks G00am

RAC Chair Claudia Mickelson, Ph D

Tab 2151 Notice of Meeting
Conflict of Interest Statement
RAC Roster
Minutes of the June 28-29, 2000 Meeting 910am

RAC Reviewers Jon Gordon, MD,Ph D
Sue Levi-Pearl

Tab 2152 Draft Minutes, June 28-29, 2000

Discussion on Human Gene Transfer Protocol #0007-407 entitled A4 Phase I Double-
blind Placebo-Controlled Escalatng Dose Muln-Center Study of Ad2/Hypoxia Inducible
Factor (HIP)-1a/VP16 Gene Transfer Admwnstration by Intramyocardial Injection During
Coronary Artery Bypass Grafimg (CABG) Surgery in Patients with Areas of Viable and
Underperfused Myocardium Not Amenable to Bypass Grafiing or Percutaneous Intervention

PI Todd K Rosengart, M D, Northwestern Umiversity Medical School
Sponsor Ruth § Tumer, Genzyme Corporatien
RAC Reviewers Theodore Friedmann, M D
Xandra Breakefield, Ph D
Louise Chow, Ph D
Nancy King, MP,J D
Ad hoc Reviewers  Barry ] Byrne, M D, Ph D, Umversity of Flonda
Pedro R Lowenstern M D, Ph D University of Manchester, UK
Anthony Rosenzweig, M D (wntten review)
David A Dichek, M D (written review)
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Pl Presentation 915am
Breah 1015am
RAC Discussion 1030am
Tab 2153 Protocol

Tab 2154 OBA Summary

OBA Letter to PI on RAC Public Review

RAC Members Recommendation

Reviews from Friedmann, Breakefield, Chow, King, Lowenstein,
Rosenzweig, and Dichek

Pl/Sponsor s Response

v RAC Discussion of Issues for December Safety Symposium on Cardiovascular Gene
Transfer Research I115am

Presenter Theodore Friedmann, M D
RAC Discussion IT45am

Tab 2155 Memo to Invited Participants from Drs Friedmann and Patterson
Background Materal

Lunch 1215pm
v Inscussion of Human Gene Transfer Protocol # 0006-406 enutled Ervthropotenn
Admmistration in Hemodiolysis Patients Using Vascular Grafts Lined with Transduced
Smooth Muscle Cells
Pls Wilham R A Osbome, Ph D, Umversity of Washington, Seattle
Kimberly A Muczynski, M D |, Ph D, University of Washington, Seattle
Sponsor N/A
RAC Reviewers Lowse Markert, MD ,Ph D
Dale Ando, M D

Sue Levi-Peart
Ad hoc Reviewers

PI Presentaton 130pm
RAC and 4d hoc Review 200pm

Tab 2156 Protocol
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Tab 2157 OBA Summary
OBA Letter to PI on RAC Public Review
RAC Members Recommendanon
Reviews from Markert, Ando, Levi-Pearl
PI's Response

Break 300pm
Y1 Scope and Apphcability of the NIH Gwidelines 315pm
RAC Charr Claudia Mickelson, Ph D
Tab 2158
VIl Data Management 415pm
Presenter Jay Greenblat, Ph D
Tab 2159 Protocol List
Protocols Not Requinng Full RAC Review
Adjourn 430pm
September 26, 2000
VIII  Sertous Adverse Event Reporting Update and Report from the ad hoc Gene Transfer

NIH Data and Safety Assessment Working

Group 900am

Presenters Amy Patterson, M D, Office of Biotechnology Activities, NIH
Michele Chnstian, M D, Cancer Therapy Evaluation Program, NCI

Tab 2160

Discussion 930am

Break 1030am
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Xi

Duscussion of Human Gene Transfer Protocel #0001-372 enutled 4 Phase 14 Single-
Dose, Dose-Escalation Study of MimiAdFVIIT Vector in Pauents with Severe Hemophihia A

Pis

Sponsor
RAC Reviewers

Ad hoc Reviewers

PI Presentation

RAC Discussion

Tab 2161

Tab 2162

Lunch

Gilbert Whate, II, M D, Umiversity of North Carolina, Chapel Hill
Arthur Thompson, M D, Ph D, University of Washington, Seattle
GenStar Therapeutics/UroGen Corp

Theodore Frisdmann, M D

Claudia Mickelson, Ph D

Xandra Breakefield, Ph D

Enc Juengst, Ph D

Pedro R Lowenstem, M D, Ph D, Umversity of Manchester UK
Rachard O Snyder, Ph D, Harvard Medical School

1045am

1115am

Protocol

OBA Summary

OBA Letter to Pl on RAC Public Review

RAC Members Recommendation

Reviews from Fniedman, Mickelson, Breakefield, Juengst, Lowenstein,
and Snyder

Pl/Sponsor’s Response

i215pm

Discussion on Human Gene Transfer Protocol #0006-404 entitled 4 Multucenter Double-
Blind Placebo-Controlled Phase II Study of Aerosolized AAVCFE in Cystic Fibrosis Panents

with Mild Lung Disease
Pl Richard B Moss, M D Stanford Umversity School of Medicine
Sponsor Barry Polenz, Targeted Genencs Corp
RAC Reviewers Xandra Breakefield, Ph D
Estuardo Aguilar-Cordova, Ph D
Naney King, MP,ID
Ad hoc Reviewers Richard O Snyder, Ph D Harvard Medical School
PI Presentation 130pm
RAC Discussion and Ad hoc Review 200pm

Tab 2163

Protocol
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X1l

X111

X

Tab 2164 QBA Summary
OBA Letter to PI on RAC Pubhc Review
RAC Members Recommendation
Reviews from Breakefield, King, and Snyder
Pl/Sponsor's Response
Letter from OBA/NIH to The Cysuc Fibrosis Foundaton

An Introduction to Proposed SV-40 Based Vector in Humans 300pm
Presenter Dawvid 8 Strayer, M D, Ph D, Thomas Jefferson University

RAC Discussion 330pm
Tab 2165

Closing Remarhs 400pm
RAC Chair Claudia Mickelson, Ph D

Adjournment 415pm
RAC Charr Claudia Mickelson, Ph D





