RECONBINANT DNA ADVISORY COMMITTEE
NATIONAL INSTITUTES OF BEALTH
BUILDING 31, CONFERENCE ROON 6 FINAL
BETHESDA, MARYLAND
SEPTEMBER 12-13, 1994
FINAL AGENDA

SEPTEMBER 12

I. Call to Order and Opening Remarks/Dr. Walters . . . . « « « « « o« « » « .« 9:00 a.m.
Tab 1765 Federal Register 8/23/94, VI (Page 542)
1779A Protocol List (Page 962)
Wilson Protocol #9110-012
—--Article in Nature Genetics (Page 971)

--News/View in Nature Genetics (Page 978}
--Corresp. in Nature Genetics (Page 980)
FDA Meeting Notice 9/12/94

6 p.m., 31/CR7 (Page 982)
II. Report on Minor Modifications & Accelerated Review/Dr. Walters . . . . . 9:15 a.m.
Tab 1766 Accelerated Review/Simons {Page 561)
e 1779B Minor Modification Table {Page 984)
III. Minutes of the June 9-10, 1994, Meeting . ¢« + « ¢ &« o ¢ « ¢ « ¢« o & o« « o« 9:25 a.m.
Reviewers: Smith, Dronamraju
Tab 1778 Minutes {Page 897)
Iv. Report on Data Management--FYI/Dr. Smith . . . . . ¢« . + + ¢ ¢ ¢ « + -« . 9:30 a.m.
Tab 1767 Oldfield-Adverse Event {Page 567)
Boucher-Knowles Update (Page 570)
. 1779C Culver-Van Gilder Adverse
S Event #9303-037
--GTI/Marcus Letter (Page 990)
Crystal Protocol #9212-~034
-—-Crystal Letter (Page 996)
—-Nature Genetics Article (Page 997)
~--USA Today Article (Page 1007)

--Wall Street Journal Article (Page 1008)
V. Human Gene Transfer: Redefining RAC Review Criteria/Dr. Varmus . . . . . 9:40 a.m.

(Coffee Break « + + ¢ 4 4 & & o o 4 4 2 ¢ & o o &+ o« « 10:40-10:55)

VI. Human Gene Transfer Protocol entitled: A Phase I Study of an
Adeno-associated Virus-CFTR Gene Vector in Adult CF Patients
with Mild Lung Disease . . . . . s + o o o + o s+ s+ = » » 10:55 a.m.

PI: Dr. Flotte, Johns Hopkins Children's Center
Reviewers: Samulsgki, Straus, Dronamraju

Tab 1758 Protocol {Page 161)
1768 Samulski Comments {(Page 574)
Straus Comments {(Page 576)

Dronamraju Comments {Page 578)

PI Response {Page 579)
1779D PI/Additional Information {Page 1009)

(Lunch. « « ¢ &+ ¢ ¢ « ¢ o o o & & s ¢« o + o o ¢ o« o « 12:10-1:20)

'All times on this agenda are estimates. The actual time for



Page 2 - RAC Final Agenda - September 12-13, 1994

VII.

VIII.

IX.

XI.

Human Gene Transfer Protocol entitled: Gene Therapy for
the Treatment of Metastatic Breast Cancer by In Vivo Infection
with Breast- Targeted Retroviral Vectors Expressing Antisense

c-fos or Antisense c-myc RNA . . . . . « + « . ..
PIs: Drs. Holt and Arteaga, Vanderbilt University
Reviewers: Miller, Haselkorn, Capron

Tab 1761 Protocol (Page
1769 Miller Comments (Page
Haselkorn Comments (Page

Capron Commente (Page

PIs Response (Page

1779E PI/Additional Information (Page

(Coffee Break. . . + « « 2 o 2 o o 2 o o s+ s o o o

381)
584)
586)
587}
590)
1014)

1:20 p.m.

1778H Haseom Comments {Py {038

. 2:120-2:35)

Human Gene Transfer Protocol entitled: Evaluation of Repeat
Adminjistration of a Replication Deficient, Recombinant Adenovirus
Containing the Normal Cystic Fibrosis Transmembrane Conductance
Regulator ¢DNA to the Airways of Individuals w/Cystic Fibrosis . . .
PI: Dr. Crystal, New York Hospital-Cornell Medical Center
Reviewers: D. Ginsburg, Deleon, Zallen, H. Ginsberg-(ad hoc)

Tab 1755 Protocol (Page
1770 D. Ginsburg Comments (Page
DelLeon Comments (Page

Zallen Comments (Page

PI Response ({Page

NIH/FDA Cconsolidated Review of Human Gene Transfer
Protocols/Drs. Wivel and Noguchi . . . . . . . . . .

Tab 1771 Wivel Letter (Page
1779F Noguchl Letter/FDA (Page
--"The Pink Sheet™ Article {Page

--IND Content and Format (Page

--IND Submissions {Page

--CBER/FDA Available Documents (Page
McGoodwin Letter/Council for
Respongible Genetics {Page

Human Gene Transfer Protocol entitled: A Pilot Study

Autologous Human Interleukin-2 Gene Modified Tumor Cells in

5)

613)
615)
618)
621)

650)

1016)
1018)
1019)
1024)
1031)

1035)

of

1779 WilsondORDA Comem (Py 1009)

2:35 p.m.

3:20 p.m.

FikinfTound on Economic Trends (Py 1041)
RoguehifF-DA Proposal (Py 1047]

Patients with Refractory or Recurrent Metastatic Breast Cancer . . .

PI: Dr. Lyerly, Duke University
Reviewers: Smith, Doi, Meyers

Tab 1759 Protocol (Page
1772 Smith Comments (Page

Doi Comments (Page

Meyers Comments (Page

PI Response {Page

Closed Session~-Lyerly Proprietary Information . . .

End of Ses8ion . . . . ¢ 4 v v 4 e v v s e e e e e

254)
693)
704)
706)
707)

5:00 p.m.

6:00 p.m.

6:15 p.m.
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SEPTEMBER 13

Call to Order/Dr. Walters . . +« + + o o o« = « o o » = s s » s s o & o« +« + 8130 a.m.

XII. Continuation of NIH/FDA Consolidated Review of Human Gene
Transfer Protocols/Drs. Wivel and Noguchi . . . . . « + . « ¢« & « . . . . B8:40 a.m.

XIITI. Human Gene Transfer Protocol entitled: Retroviral-Mediated
Transfer of the Yduronate-2-Sulfatase Gene into Lymphocytes
for Treatment of Mild Hunter Syndrome (Muccopolysaccharidosis
Type II) . . . . . .. “ 4 e e 4 e s 2 8 e o s e s e o o « 9:40 a.m.
PI: Dr. Whitley, University of Minnesota Hospital
Reviewers: Erickson, Saha, Ross

Tab 1760 Protocol {Page 334)
1773 Erickson Comments (Page 719)
Saha Comments (Page 721)
Ross Comments {Page 723)
PI Response {Page 725)
S
(Coffee Break. . + . + « + « o & v o « o » o o« » » « 10:40-10:55)
XIv. Report from the Working Group on Retrovirus Vectors . . . « e 4 4 e o » 10:55 a.m.
WG Members: Walters, Miller, Straus, Parkman, Brinckerhoff
Tab 1774 Background Information (Page 733)
Xv. Human Gene Transfer Protocol entitled: Arterial Gene Transfer
for Therapeutlc Angiogenesis in Patients with Peripheral
Artery Disease . . . . . e * e s e w e s e e s s e .. 11:40 a.m.
; PIs: Drs. Isner and Walsh, Tufts University
Reviewers: Parkman, Motulsky, Secundy, Dzau (ad haoc)
Tab 1756 Protocol {Page 78B) 1178 Ueau Comments {Pa 1
1775 Parkman Comments {Page 742) WU:“ ol m:z‘:?;g 1050)
Motulsky Comments {Page 746)
PIs Response {Page 748)
17786 Secundy Comments (Page 1037)
(Lunch . « + + ¢ o 4 o 4 o o o« o % s o o s o o o a2 a « « 12:40-1:30)
XVI. Human Gene Transfer Protocol entitled: Treatment of
Advanced CNS Malignancy w/the Recombinant Adenovirus HS5.020RSVTK:
A Phase I Trial . . . + s s s = 4 e & s s s s s s+ + s+ +» 2:00 p.m.

PIs: Drs. Eck and Alavi University of Pennsylvania
Reviewers: Parkman, Motulsky, Meyers, H. Ginsberg (ad hoc)

Tab 1762 Protocol {Page 430)
1776 Parkman Comments (Page 763}
Motulsky Comments (Page 766)

Meyers Comments {Page 767)

PIs Response {Page 768)

{Coffee Break. . .+ « « « o ¢ ¢ ¢ o s o o o o o a o o o o 2:15-2:30)
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vyII.

XVIII.

XIX.

Human Gene Transfer Protocol entitled: Treatment of Advanced

Mesothelioma with the Recombinant Adenovirus H5.0l0RSVTK:

APhase I Trial . o« « o & o 4 4 o o o ¢« ¢ s o o o s o o & « o s s s+ « + 3:05 p.m.
PIs: Dr. Albelda, University of Pennsylvania Medical Center

Reviewers: Straus, Saha, Zallen, H. Ginsberg (ad hoc)

Tab 1763 Protocol (Page 484)
1777 Straus Comments (Page 778)
Saha Comments (Page 781)

Zallen Comments (Page 782)

PI Response {Page 786)

Future Meeting Dates/Dr. Walters . . . . « & ¢ &+ ¢ « ¢ ¢« 4 ¢ ¢ 2 & + « « 3:50 p.m.
Tab 1764 List of Meetings {Page 534)
Next Mtg: December 1-2, 1994
NIH, 31C/CRé

Adjournment/Dr. Walters . . . . o « & ¢ & ¢« o o s o ¢ 2 + o o« o « o « & o 43130 p.m,

FYI--Gluckman Protocol Withdrawn (Tab 1757)





