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NIH MissionNIH Mission

Discover new scientific knowledge that will 
improve human health

NIH funds, conducts,                                            
and oversees                                                    
biomedical research

50,000 + extramural scientists 
2,000 + research institutions
5,000 + intramural scientists
27 Institutes and Centers



NIH Stewardship ResponsibilitiesNIH Stewardship Responsibilities

Invest wisely taxpayer dollars entrusted 
to it for the support and conduct of 
biomedical research

Communicate and apply the knowledge 
gained from research

Improve the design and conduct of 
ongoing and future studies
Efficiently advance development of new 
treatments and cures
Optimize patient safety



NIH Office of Biotechnology ActivitiesNIH Office of Biotechnology Activities 
6705 Rockledge Drive, Suite 7506705 Rockledge Drive, Suite 750



NIH Office of Biotechnology ActivitiesNIH Office of Biotechnology Activities

Within the Office of Science 
Policy, Office of the Director, NIH

Five programs:
Recombinant DNA (RAC) and Biosafety
Genetics (SACGHS)
Biosecurity (NSABB)
Clinical Research Policy (CRpac)
Outreach and Education



Recombinant DNA ProgramRecombinant DNA Program

Oversee recombinant DNA research, 
including human gene transfer
Manage the Recombinant DNA Advisory 
Committee (RAC)
Administer the NIH Guidelines for 
Research Involving Recombinant DNA 
Molecules
Partner with Institutional Biosafety 
Committees in the oversight of 
recombinant DNA research



Recombinant DNA Program Recombinant DNA Program 

Disseminate information on technical and 
policy matters concerning recombinant 
DNA research

RAC recommendations on clinical 
protocols
Interpretations of the NIH Guidelines
Scientific symposia and policy 
conferences

Develop and contribute to public policy 
on recombinant DNA research 

Interagency oversight of biotechnology



Investigator Training and Investigator Training and 
EducationEducation

Conducting training programs for investigators 
is a responsibility of

NIH OBA
Institutions

Education and training is essential for the:
Safe conduct of research
Compliance with grant requirements

Training is a priority concern:
OBA site visits to institutions reveal that investigator 
awareness of requirements for research involving 
recombinant DNA is low

OBA has valuable resources to offer



Resources on OBA’s web site
NIH Guidelines and Federal Register notices
“Latest news” items on meetings, policy 
guidance, resources, compliance notices, etc.
FAQs
Training materials: slide presentations and 
video of professional development workshops

Training courses and presentations at key 
professional and scientific meetings

Scientific symposia and policy conferences

NIH OBA Training, Education, and NIH OBA Training, Education, and 
Information ResourcesInformation Resources



NIH Gene Transfer NIH Gene Transfer 
Policy ConferencesPolicy Conferences

1997 Human Gene 
Therapy: Beyond  
Life Threatening 
Disease

1998 Lentiviral Vectors 
for Gene Delivery

1999 Prenatal Gene 
Transfer: Scientific, 
Medical and Ethical 
Issues

2001 IBCs in A Changing 
Research Landscape



Gene Transfer Gene Transfer 
Scientific and Safety SymposiaScientific and Safety Symposia

1999 Adenoviral Vector Safety and Toxicity
2000 Internally Deleted, Helper Dependent 

(“gutless”) Adenoviral Vectors 
2000 Cardiovascular Gene Transfer Clinical 

Research
2001 Adeno-Associated Virus in Gene 

Transfer Clinical Trials
2004 Safety Considerations in Recombinant 

DNA Research with Pathogenic 
Viruses

2005 Gene Transfer for X-SCID







NIH OBA Information Resources Pertinent NIH OBA Information Resources Pertinent 
to Human Gene Transfer Researchto Human Gene Transfer Research

GeMCRIS

Guidance on Informed 
Consent for Gene Transfer 
Research

HGT Research Participant 
Brochure



Information Resources from the Information Resources from the 
NIH Office of Biotechnology ActivitiesNIH Office of Biotechnology Activities

Genetic Modification Clinical 
Research Information System 
(GeMCRIS)

A public database of human gene transfer 
trials registered with the National Institutes of 
Health





Publicly Available Protocol Publicly Available Protocol 
InformationInformation

Protocol title
Study phase 
Clinical 
indication(s)
Investigator(s)
Clinical trial site(s)
Scientific abstract

Investigational 
strategy
Vector
Transgene
Route of 
administration
Non-technical 
abstract



Accessing GeMCRIS:Accessing GeMCRIS:

Connect to:

http://www.gemcris.od.nih.gov/



Information Resources from the Information Resources from the 
NIH Office of Biotechnology ActivitiesNIH Office of Biotechnology Activities

NIH Guidance on Informed 
Consent for Gene Transfer 
Research

A new resource for investigators, IRBs, IBCs, 
potential research participants, and others 
concerned with informed consent in gene 
transfer trials



Informed Consent Guidance forInformed Consent Guidance for 
Gene Transfer ResearchGene Transfer Research

Impetus
RAC review of informed consent documents 
revealed that investigators were having 
difficulty conveying important concepts 
pertinent to gene transfer research and to 
human subjects research more generally

inappropriately positive description of 
benefits
therapeutic misconception
presumptive use of the first person pronoun 
(“I understand that...”)





Informational Brochure for Potential Informational Brochure for Potential 
Participants in Gene Transfer ResearchParticipants in Gene Transfer Research

Helps potential participants 
understand fundamental 
concepts in gene transfer 
research

Suggests questions 
participants should pose to 
their physicians and to 
research staff in order to 
make a fully informed 
decision about participation





NIH OBA Training, Education, and NIH OBA Training, Education, and 
Information ResourcesInformation Resources

Staff and information resources available 
to help ensure IBCs, their institutions, 
and investigators are compliant with the 
NIH Guidelines
Scientific and medical staff available to 
answer queries

Interpretation of NIH Guidelines
Containment
Exemptions
Risk group classification



For Updates on All OBA InitiativesFor Updates on All OBA Initiatives

Subscribe to OBA_NEWS

Email to: listserv@list.nih.gov

In body of message:
subscribe OBA_NEWS



Questions?Questions?
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