Minutes
Institutional Review Board - Institutional Biosafety Committee for Human Subjects Meeting – IBC-HS

May 01, 2026

Location: Virtual
Total Voting Members 11; Quorum 6
Members Present: Ana Nobis, MD, MPH (PS), Bipin Savani, M.D. (PS), Christopher Aiken, Ph.D. (OS), Donna Torr, PharmD (OS), Douglas Johnson, M.D., MSCI (PS), Kimberly Towers, BS (NS), Paul Blair, MD, MDS (PS), Rolinda Bailey, BSMT(ASCP) (NS)
Members Absent: Antonios Hatzopoulos, PhD (OS), Cary Fu, M.D. (PS), Richard DiTullio, PhD (OS)
Ex-Officio Members Present: None
Administrative Staff Present: James G Arrington, BA, CIP, Tiffany Alexander, MPH, BSN, RN, CIP
Guests: None
Meeting Called to Order: 8:32AM
Meeting Adjourned: 8:45AM

Announcements and Education
Thank you all for your willingness to meet ad hoc for this study. We have made some enhancements in our system to better identify these studies as they come in. We will review Minutes from last meeting plus these at the May 15th meeting.

Reveal Possible Conflicts of Interest
251912: Cary Fu

IRB#: 251912
A Phase 1/2/3 Open-label Study to Evaluate the Safety, Tolerability, Efficacy, Pharmacodynamics, and Pharmacokinetics of Intravenous RGX-202 Gene Therapy in Males with Duchenne Muscular Dystrophy (DMD)
PI: Jonathan Soslow, M.D.
Sponsor: REGENXBIO Inc.
Summary: The purpose of this study is to evaluate the safety and tolerability of RGX-202 administered as a single IV dose in ambulant males with DMD.
Comments:
The Reviewers presented a summary and comments followed by discussion. A Reviewer stated this is a phase 1/2/3 open-label study to evaluate the safety, tolerability, efficacy, pharmacodynamics, and pharmacokinetics of intravenous RGX-202 gene therapy in males with Duchenne Muscular Dystrophy (DMD). The sponsor for the study is REGENXBIO Inc. The Principal Investigator (PI) at Vanderbilt University Medical Center (VUMC) is Jonathan Soslow, MD, Department of Pediatric Cardiology. All current key study personnel have the appropriate human subjects training to conduct the study.

Duchenne muscular dystrophy (DMD) is an X-linked developmental disorder diagnosed in early childhood that results in progressive muscular weakness, which can lead to early death. The disease affects predominantly males, with 1 in 5000 live male births worldwide. DMD is caused by mutations in the DMD gene, which code for the cytoskeletal protein, dystrophin, that provides structural stability to skeletal and cardiac muscle fibers via the dystrophin-associated protein complex (DAPC) on muscle cell membranes. The lack of functional dystrophin in patients with DMD gene mutations reduces muscle cells’ plasma membrane stability.

RGX-202 is administered as a one-time intravenous (IV) infusion and dosed according to body weight. This, multicenter, uncontrolled, open-label, dose escalation and dose expansion study to evaluate the safety, tolerability, pharmacodynamics pharmacokinetics, and preliminary clinical efficacy of two dose levels of RGX-202 over 12 months when administered (IV) as a one-time dose to ambulant male pediatric patients with DMD. Part 2/3 will enroll ambulant, male pediatric participants with DMD aged one year and older who meet the eligibility criteria. All participants will receive a single IV infusion of RGX-202 at a dose of 2×1014 GC/kg. Vanderbilt University Medical Center will only be participating in PHASE 3 of the study. The Reviewer noted no specific biosafety concerns.

Another Reviewer noted the study addresses an unmet clinical need. In the RGX-202 study, treatment with AAV8 is anticipated 

The Occupational Health Reviewer and Community Members had no concerns for discussion.

The Pharmacy Reviewer noted this study would technically fall under BSL-1 conditions, but per VUMC policy would be handled as BSL-2. The Biosafety Representative provided comment prior to the meeting in agreement.

There were no biosafety issues for discussion and the Committee agreed to approve the study per the NIH Guidelines under BSL-2 conditions.

Motion: The Committee found that the description of the agent, use, precautions, and risks are appropriately described in the submitted documents including the consent document(s). The Committee found that the requirements for protocol submission, review, and reporting per Section III-C and section III-C-1 NIH Guidelines for Research Involving Recombinant or Synthetic Nucleic Acid Molecules have been met. Approval was recommended.
Total votes for Approve: 8 (Total Members Voting: 8)
For: 8 Against: 0 Abstained: 0
Abstained:
Quorum Notes

