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Overview 

 

• NIH’s role in the science and oversight of 
gene therapy 

 

• Why you are here 
 

• Your specific charge 
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Number of Protocols Submitted 
Total = 1, 207 (As of March 2013) 
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Human Gene Transfer Trials  
By Phase 

 
     1990 - 1992 

Phase I 
100% 

N=35 protocols  

 2010 - 2012 

Phase I 
75% 

Phase II 
21% 

Phase 
III 

4% 

            

N=181 protocols  



Human Gene Therapy Trials  
By Clinical Indication 

        1990-1992 

N=35 protocols  

Infectious 
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Single 
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Disorders 
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Non 
Thera-
peutic 
46% 
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         2010 - 2012 

N=181 protocols  

Infectious 
Diseases 
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Cancers 
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Eye 
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Other 
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NIH Recombinant DNA Advisory 
Committee (RAC) 
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Scientific, Safety, and Policy Symposia 
 
2012 Gene Transfer and Rare Diseases 
 
2011 RNA Oligonucleotides: Emerging Clinical Applications 
 
2010 Sham Neurosurgical  Procedures in Clinical  Trials for 
 Neurodegenerative Diseases  
 
2010 Retroviral and Lentiviral Vectors for Long-Term Gene 
 Correction 
 
2010 Gene-Modified T Cells: Challenges in Clinical Trial Design 
 
2007 Immune Responses to AAV Vectors 
 
2005 Gene Transfer for X-SCID 
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Scientific, Safety, and Policy Symposia 

 
 
2004 Safety Considerations in Recombinant DNA 
 Research with Pathogenic Viruses   
 
2001  IBCs in a Changing Research Landscape   
 
2001 Adeno-Associated Virus in Gene Transfer Clinical  Trials 
 
2000 Cardiovascular Gene Transfer Clinical Research 
 
1999 Prenatal Gene Transfer: Scientific, Medical and 
 Ethical Issues 
1998 Lentiviral Vectors for Gene Delivery 
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Your Charge 

• Express your individual views about: 
1. The most important scientific opportunities on 

the horizon, and 
2. Challenges to realizing those opportunities-- 

whether it is: 
• Knowledge gaps  
• Policy issues  
• Ethics concerns 
• Technology needs or other necessary 

resources 
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