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Natlonallnslltutes of Health 
Recombm8nt DNA AdvISory Committee (RAe) 

BuIldmg 31, Conference Room 10 
Bethesda, Maryland 

March 8, 2001 

Draft Meeting Aeenda* 

Thursday, March 8, 2001 

830AM 

835AM 

840AM 

CaU to Order aod Openmg Remarks 
Claudia MIckelson, Ph D , RAC ChaIT 

Tab 2188 For Your [nformatton 
- Notice ofMeetmg 
- Conflict of lnterest Statement 
- Draft Agenda for Fourth NatIOnal Gene Transfer Safety 

SymposIUm Safety Considerations m the Use 
of AA V Vectors In Gene Transfer Chmcal Tnals 

- Symposium Panel DISCUSSion Questions 
- Background Journal ArtIcles on AA V 

Correspondence 
- Letter From Ruth Turner, Genzyme CorporatIOn. Regardmg 
Remstatement of Protocol #9907-327/328/329 

Minutes of the December 13 and 15, 2000 Meenng 
RAe ReViewers Jon Gordon, M D , Ph D 

Ene Juengst, Ph D 

Tab 2189 Mmutes From December 13 and 15,2000 Meetmg 

DISCUSSIOn of Human Gene Transfer Protocol #0] 01-443 entitled Evaluation of the 
safety and effects of ex VIVO modIficatIon and re-mfuslOn of CD34+ cells by an antisense 
construct agamst HIV -1 1n a retrov1TUS vector 

PI 
Sponsor 
RAC ReViewers 

Ad hoc ReViewer 

Tab 2]90 

Jeffrey C Laurence, M D , Cornell Umverslty MedIcal CoHege 
Enzo TherapeutIcs, Inc 
LOUlse Markert, M D , Ph D 
Claudia Mlckelson, Ph D 
Estuardo Agullar-Cordova, Ph D 
Nancy Ktng, J D 
John Fung, MD. Ph D , Umverslty of PIttsburgh Medical 
Center 

Protocol 



955AM 

10 10 AM 

10 40 AM 

11 10 AM 

1150AM 

12 ]5 PM 

115 PM 

Tab 2191 

BREAK 

OBA Summary 
OBA Letter to Pion RAC Public ReVlew 
Outcome ofPrehmInary RAC ReVIew 
ReVIews From AguIlar-Cordova, KIng, Markert, Mickelson, 
andFung 
Sponsor's Response 

OptImIZation ofmV-l Vectors Cootammg an Anti-mY Antisense Payload for 
Gene Transfer Into mv -Infected IndiViduals 
Boro Dropuhc, Ph D , ChIef SClentIfic Officer, VIRxSYS 

Tab 2192 PresentatIon by VIRxSYS 

DISCUSSion of Risk Group DeSignation for Stram B of E col. 
ClaudIa Mickelson, Ph D , RAC Chau 
Dale Ando, M D , RAC Member 

Tab 2193 Strawman Proposal RIsk Group DeSignation for Stram B of 
E cob 

Proposed ActIOn to Amend tbe NIH GUldelme ReqUIrements for SerIOus Adverse 
Event Reportmg (SAER) RAe DIScDsslon and Vote 
Ruth Mackhn, Ph D , Chair of SAER Workmg Group 

Tab 2194 

PubliC Comment 

LUNCH 

December 12,2000, Federal RegISter Nonce 
Summary and AnalYSIS of Pubhc Comments 
Summary Table of Pubhc Comments 
SynOpSIS ofPubhc Comments 

DISCUSSIOn of Bnman Gene Transfer Protocol #0101-445 entItled ClmIcal protoco] 
for W11d type p53 gene mductIon m premahgnancles of squamous eplthehum of the oral 
caVlty Via an adenoVlral vector 

PI 

Sponsor 
RAe ReVIewers 

Ad hoc ReVIewer 

Gary Clayman, M D, Umverslty of Texas, MD Anderson 
Cancer Center 
Introgen TherapeutIcs, Inc 
Xandra Breakefield, Ph D 
LOUIse Chow, Ph D 
Estuardo Agullar-Cordova, Ph D 
Ruth Mackhn, Ph D 
Carter Van Waes, M D, Ph D, NatlOnallnsntute on Dearness 
and Other CommUniCatIon Disorders, Nll-I 
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230PM 

245PM 

415PM 

430PM 

515PM 

Tab 2195 

Tab 2196 

BREAK 

Protocol 

OBA Summary 
OBA Letter to PIon RAC PublIc ReVIew 
Outcome of Prehmmary RAC ReVIew 
ReVIews from Breakefield, Chow, Agullar-Cordova, Macklin, 
and Van Waes 
Sponsor's Response 

Proposed Plan for Addressmg Issues Related to InstItutIOnal BlOsafety Committees 

Tab 2197 

Data Management 
Jay Greenblatt, Ph D , RAC Member 

Tab 2198 Protocol Llst 
Protocols Not Requmng Full RAC ReVIew 
Senous Adverse Event Summary Report 
Senous Adverse Event ComprehenSIVe Report 
Amendments and Update SUl1lllUlI)' Table 

Food and Drug AdlWnlstratlon's Proposed Disclosure Rule Hlghhghts and 
ReasonlDg 
Phlhp NoguchI, M D , DIrector, DIVISIon of Cellular and Gene TherapIes, CBER, FDA 

Tab 2199 

Adjournment 

January 18,2001, Federal RegzsterNottce 
Presentation by FDA 

Claudla MIckelson, Ph D • RAe ChaIr 

* Draft meetmg agenda as of 2123/01 Please check the aBA WebSite for updates Times are 
approximate and subject to change 




