NATIONAL INSTITUTES OF HEALTH (NIH)
RECOMBINANT DNA ADVISORY COMMITTEE (RAC)
123rd Meeting
Hilton Rockville Hotel & Executive Center
December 7-8, 2010

Tuesday, December 7, 2010
12:00 PM Call to Order and Opening Remarks
John A. Zaia, M.D., RAC Chair

Tab 2636 For Your Information Notice of Meeting
Conflict of Interest Guidance

12:10 PM Gene Transfer Safety Assessment Board Report

Tab 2637 Responses to M-1-C-1
Protocol List
Protocols Not Selected for In-Depth Review and
Public Discussion
Slide Presentation 1
Slide Presentation 2

RAC Reviewers: Yuman Fong, M.D.
Don Kohn, M.D.
Marshall Strome, M.D., M.S.
James R. Yankaskas, M.D., M.S.
John A. Zaia, M.D.

1:00 PM Discussion of Human Gene Transfer Protocol #1010-1073 entitled: An
Open Label, Non-Randomized, Single Dose, Multi-Center Phase 2/3 Study
of the Safety and Efficacy of Lenti-D Modified Autologous Stem Cells
(Lenti-D Drug Product) for the Treatment of Subjects with Childhood
Cerebral Adrenoleukodystrophy (CCALD)

PI: David A. Williams, M.D., Children’s Hospital Boston,
Boston, MA
Slide Presentation

Sponsor: Philip Reilly, M.D., bluebird bio, Inc.
RAC Reviewers: Norman Fost, M.D., M.P.H.

Susan R. Ross, Ph.D.
John A. Zaia, M.D.
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GTSAB_Report_Dec2010.pdf
NewTrials_withCARs.pdf
1073_Williams.pdf

Tuesday, December 7, 2010 (continued)

2:40 PM

2:45 PM

3:00 PM

4:40 PM

4:45 PM

5:30 PM

5:45 PM

Tab 2638 Protocol
Tab 2639 OBA Summary
OBA Letter to Pl on In-Depth RAC Review and
Public Discussion
Reviews from Drs. Fost, Ross and Zaia
PI’s Response

Public Comment
Break

Discussion of Human Gene Transfer Protocol #1010-1074 entitled:
Phase I Clinical Intramuscular Gene Therapy Of rAAV.FS344 Trial To
Patients With Becker Muscular Dystrophy And Sporadic Inclusion Body
Myositis.

PI: Jerry R. Mendell, M.D., Nationwide Children’s Hospital,
Columbus, OH
Slide Presentation

RAC Reviewers: Yuman Fong, M.D.
Anna Mastroianni J.D., M.P.H
David A. Ornelles, Ph.D.
Tab 2640 Protocol
Tab 2641 OBA Summary
OBA Letter to Pl on In-Depth RAC Review and
Public Discussion
Reviews from Dr. Fong, Professor Mastroianni and
Dr. Ornelles
PI’s Response
Public Comment
Certification of Host Vector System: K. lactis

Presenters:  Joseph A. Kanabrocki, Ph.D.
Slide Presentation

Ad hoc: K. J. Kwon-Chung, Ph.D., National Institute of Allergy and
Infectious Diseases, NIH

Tab 2642 Background materials
Public Comment

Adjourn



1074_Mendell.pdf
Klactis_HV1_Kanabrocki.pdf

Wednesday, December 8, 2010

8:00 AM

8:10 AM

8:15 AM

10:00 AM

10:15 AM

10:30 AM

Welcome and Introductions
Minutes

RAC Reviewers: Don Kohn, M.D.
Margaret S. Mallino, B.S.

Tab 2643 Minutes of the September 16-17, 2010 RAC Meeting

Discussion of Human Gene Transfer Protocol #1010-1068 entitled: An
Open Label Dose-Escalation Study of a Self Complementary Adeno-
Associated Viral Vector (scAAV2/8-LP1-hPPCA) for Gene Transfer in
Subjects with Galactosialidosis

PI: Arthur W. Nienhuis, M.D., St. Jude Children's Research
Hospital, Memphis, TN
Slide Presentation

RAC Reviewers: Jeffrey S. Bartlett, Ph.D.
Jeffrey Kahn, Ph.D., M.P.H.
James R. Yankaskas, M.D., M.S.

Tab 2644 Protocol

Tab 2645 OBA Summary
OBA Letter to Pl on In-Depth RAC Review and
Public Discussion
Reviews from Drs. Bartlett, Kahn and Yankaskas
PI’s Response

Public Comment
Break

Discussion of Human Gene Transfer Protocol #1010-1076 entitled:
Phase I Clinical Trial of Autologous Alpha-Folate Receptor Redirected T
Cells Administered Intravenously in Ovarian Cancer Patients

PI: George Coukos, M.D., Ph.D., University of Pennsylvania School of
Medicine, Philadelphia, PA
Slide Presentation

RAC Reviewers: Michael J. Buchmeier, Ph.D., M.S.
Marcella Sarzotti-Kelsoe, Ph.D.
Marshall Strome, M.D., M.S.



1068_Nienhuis.pdf
1076_Coukos.pdf

Wednesday, December 8, 2010 (continued)
Tab 2646 Protocol
Tab 2647 OBA Summary
OBA Letter to Pl on In-Depth RAC Review and
Public Discussion
Reviews from Drs. Buchmeier, Sarzotti-Kelsoe and Strome
PI’s Response
12:20 PM Public Comment

12:30 PM Adjourn
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