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

 
122nd Meeting 

 
Hilton Rockville Hotel & Executive Center 

 
September 15-17, 2010 

 
 

Wednesday, September 15, 2010 
 
1:30 PM  Call to Order and Opening Remarks 
 

John Zaia, M.D., Acting RAC Chair 
 

Tab 2618 For Your Information Notice of Meeting 
Conflict of Interest Guidance 
 

1:35 PM Minutes 
 
 RAC Reviewer: Michael J. Buchmeier, Ph.D., M.S. 
    Bernard Roizman, Sc.D. 
 
 Tab 2619 Minutes of the June 16-17, 2010, RAC Meeting 
 
1:40 PM Protocol # 1007-1050 entitled:  Phase I Study of an Active Immunotherapy 

for Asymptomatic Phase Lymphoplasmacytic Lymphoma with DNA Vaccines 
Encoding Antigen-Chemokine Fusion 

 
 PI:  Sheeba Thomas, M.D., University of Texas,  
   M.D. Anderson Cancer Center, Houston, TX 
   Slide Presentation 
 
 RAC Reviewers:   Yuman Fong, M.D. 
    Marcella Sarzotti-Kelsoe, Ph.D. 
    James R. Yankaskas, M.D., M.S. 
 
 Tab 2625 Protocol 
 

Tab 2626 OBA Summary 
   OBA Letter to PI on In-Depth RAC Review and 
     Public Discussion 
   Reviews from Drs. Fong, Sarzotti-Kelsoe and Yankaskas 

  PI’s Response 
    

3:20 PM Public Comment 
 

1050_Thomas_Kwak.pdf
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Wednesday, September 15, 2010 
 
 
3:00 PM Protocol # 1007-1052 entitled:  Pilot and Feasibility Study of Hematopoietic  
 Stem Cell Gene Transfer for Wiskott-Aldrich-Syndrome 
 

 PI:    Sung-Yun Pai, M.D., Children’s Hospital Boston, Harvard 
Medical School, Boston, MA 

 
 Sponsor: David A. Williams, M.D., Children’s Hospital Boston, Harvard 

Medical School, Boston, MA 
   Slide Presentation 

 
 RAC Reviewers:  Jeffrey P. Kahn, Ph.D., M.P.H. 
    Donald B. Kohn, M.D. 
    Susan R. Ross, Ph.D. 
 
 Tab 2622 Protocol 
 
 Tab 2623 OBA Summary  
   OBA Letter to PI on In-Depth RAC Review and  
    Public Discussion  

Reviews from Drs. Kahn, Kohn and Ross 
PI’s Response 
 

3:45 PM  Public Comment 
 
4:15 PM Biosafety Update 
  
 Presenter: Joseph Kanabrocki, Ph.D. 
   Slide Presentation 
 
 Upcoming Safety Symposium Reminder 
 
4:45 PM Adjourn 
 
 

Thursday, September 16, 2010 
 
8:10 AM Call to Order and Opening Remarks 
 

John Zaia, M.D., Acting RAC Chair 
 
8:15 AM Pediatric Ethics:  A Regulatory Framework 
  
 Presenter: Jeffrey Kahn, Ph.D., M.P.H. 
   Slide Presentation 
 
 

1052_Pai_Williams.pdf
Biosafety_Kanabrocki.pdf
PediatricsEthics_Kahn.pdf
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Thursday, September 16, 2010 
 
 
8:40 AM Challenges in the Regulation of Pediatric Clinical Trials 
 

 Presenter: Wilson W. Bryan, M.D., Center for Biologics Evaluation & 
           Research, Food and Drug Administration, Rockville, MD 

   Slide Presentation 
 

 
9:10 AM Proposed Amendment on Protocol # 0904-977 Direct CNS Administration 

of a Replication Deficient Adeno-Associated Virus Gene Transfer Vector 
Serotype rh.10 Expressing the Human CLN2cDNA to Children with Late 
Infantile Neuronal Ceroid Lipofuscinosis  

  
 Presenter: Ron Crystal, M.D., New York Presbyterian Hospital/Weill 
   Cornell Medical Center, New York, N.Y. 
   Slide Presentation 
 
 Tab 2624 Protocol  
    
9:50 AM Break 
 
10:00 AM Protocol # 1007-1049 entitled:  Phase 1/2 Open-Label, Single-Center, 

Multiple-Dose, Dose-Escalation Study to Evaluate the Safety and Tolerability 
of SNSO1 -T Administered by Intravenous Infusion in Patients with Relapsed 
or Refractory Multiple Myeloma 

 
 PI:    John A. Lust, M.D., Ph.D., Mayo Clinic, Rochester, MN 
   Slide Presentation 
 
 Sponsor:   Senesco Technologies, Inc. 
 
 RAC Reviewers:   Jeffrey S. Bartlett, Ph.D. 
    Margaret S. Mallino, B.S. 
    Marshall Strome, M.D., M.S. 
 
 Ad hoc Reviewer: Natasha Caplen, Ph.D., National Cancer Institute, NIH 
        
 Tab 2620 Protocol 
 
 Tab 2621 OBA Summary  
   OBA Letter to PI on In-Depth RAC Review and  
    Public Discussion  

Reviews from Drs. Bartlett, Caplen, Strome and Ms. Mallino 
PI’s Response 
 

 
11:30 AM  Public Comment 
 

PediatricsRegs_Bryan_FDA.pdf
977_Crystal.pdf
1049_Lust.pdf
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Thursday, September 16, 2010 
 
 
11:35 AM Lunch 
 
 
12:00 PM RAC Orientation:  Ethics Rules for Special Government Employees and 

the Federal Advisory Committee Act 
 
 
1:00 PM Gene Transfer Safety Assessment Board Report 
 

Tab 2627 Responses to M-I-C-1 
  Protocol List  

Protocols Not Selected for In-Depth Review and  
      Public Discussion 
   Slide Presentation 
 
 RAC Reviewers: Howard Federoff, M.D., Ph.D. 
     Yuman Fong, M.D. 
     Marshall Strome, M.D., M.S. 
     James R. Yankaskas, M.D., M.S. 
     John A. Zaia, M.D. 
 
 Update on Protocol # 0808-936 A Phase I Trial of the Immunostimulant 

JVRS-100 for the Treatment of Patients with Relapsed or Refractory 
Leukemia  

  
 Presenters:  David Claxton, M.D., Penn State Milton S. Hershey Medical 

Center, Hershey PA 
 
   Jeff Fairman, Ph.D., Juvaris BioTherapeutics, Inc.,  
   Burlingame CA 

  Slide Presentation 
 
 
 Ad Hoc Reviewer: Hildegund Ertl, M.D. Wistar Institute, University of 

Pennsylvania, Philadelphia, PA 
 
2:00 PM Protocol # 1007-1061 entitled:  A Phase I Dose Escalation Safety Study of 

Subretinally Injected RetinoStat®, a Lentiviral Vector Expressing Endostatin 
and Angiostatin, in Patients with Advanced Neovascular Age-Related 
Macular Degeneration 

 
 PI:  Peter A. Campochiaro, M.D., Johns Hopkins University 
   School of Medicine, Baltimore MD 

   Slide Presentation 
 
 
Sponsor: Oxford Biomedica, Ltd. 

GTSAB_RPT_Sep2010.pdf
936_GTSAB_JVRS.pdf
1061_OxfordBiomedica.pdf
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Thursday, September 16, 2010 
 
 

RAC Reviewers: Anna C. Mastroianni, J.D., M.P.H. 
 Susan R. Ross, Ph.D. 
 John A. Zaia, M.D. 
 

 
Tab 2628 Protocol 

 
Tab 2629 OBA Summary 

   OBA Letter to PI on In-Depth RAC Review and 
     Public Discussion 
   Reviews from Drs. Ross, Zaia and Professor Mastroianni 

  PI’s Response 
 
 
3:40 PM Public Comment 
 
3:45 PM Break 
 
4:00 PM Protocol # 1007-1053 entitled:  A Phase 1/2 Randomized, Blinded, Placebo-

Controlled, Sequential Dose Escalation Study of the Safety and 
Pharmacodynamics of BHT-3034, an Acetylcholine Receptor Tolerizing 
Plasmid 

 
 PI:  Gil Wolfe, M.D., University of Texas Southwestern Medical 

School, Dallas, TX   
Slide Presentation 

 
Sponsor: Bayhill Therapeutics, Inc. 

 
RAC Reviewers: Norman Fost, M.P.H., M.D. 
 Walter J. Koch, Ph.D. 
 David A. Ornelles, Ph.D. 

 
Ad Hoc Reviewer: Audrey S. Penn, M.D., National Institute of 

Neurologic Diseases and Stroke, NIH  
 

Tab 2630 Protocol 
 
 Tab 2631 OBA Summary 
   OBA Letter to PI on In-Depth RAC Review and 
     Public Discussion 
   Reviews from Drs. Fost, Koch, Ornelles and Penn 
   PI’s Response 
 
5:45 PM Public Comment 
 
5:50 PM Adjourn 

1053_Bayhill.pdf
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Friday, September 17, 2010 
 
 
8:30 AM  Call to Order and Opening Remarks 
 

Howard Federoff, M.D., Ph.D., RAC Chair  
 
8:35 AM Presentation of Certificate of Appreciation to Departing RAC member 
 

Presenter: Amy P. Patterson, M.D., Office of the Director, NIH 

 

8:45 AM Protocol # 1007-1056 entitled:  A Phase I, Dual, Cohort, Two Site, Clinical 
 Trial Evaluating the Safety and Activity of Redirected Autologous T Cell 
 Expressing a High Affinity TCR Specific for MAGE-A 3/6 or NYESO-1 
 Administered Post ASCT In Patients With Advanced Myeloma 
  

PI:   Aaron P. Rapoport, M.D., University of Maryland School of 
 Medicine, Baltimore, MD 

 
Sponsor: Carl June, M.D., University of Pennsylvania, Philadelphia, PA 

Slide Presentation 
 

AND 
 
 Protocol # 1007-1057 entitled:  Phase I Study to Assess the Safety and 

Activity of Enhanced TCR Transduced Autologous T Cells Against Cancer-
Testis Antigens In Metastatic Melanoma 

 
   PI:  Gerald P. Linette, M.D., Ph.D., Washington University School 
     of Medicine, St. Louis, MO 
 

Sponsor: Carl June, M.D. 
Slide Presentation 

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

 
Tab 2634 Protocols 
 

 Tab 2635 OBA Summaries 
   OBA Letters to PI on In-Depth RAC Review and 
     Public Discussion 

Reviews from Drs. Federoff, Kahn and Yankaskas 
   PI’s Response 
 
11:00 AM Public Comment 
 
11:15 AM  Adjourn 

1056_June.pdf
1057_June.pdf
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