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LIGHTS, CAMERA, ADVOCACY 

PepGen had the privilege to capture the stories of 6 different families across the US living 
with DMD and DM1. In 2023, we will be rolling out their photos, videos, and journeys. We’re 
thankful to them for sharing their first- hand experiences with us, and are excited to share. 
their stories with you in 2023. Stay tuned for our updated materials featuring these families. 

COMMUNITY ENGAGEMENT 

PepGen strives to support the neuromuscular disease community and work collaboratively with advocacy 
groups, academic researchers, clinicians, and other companies to bring potentially transformative therapies to 
those in need.  Recently, we participated In PPMD’s drug development round table, learning about new ways of 
monitoring trial participants, and the TREAT-NMD global meeting where we learned about multiple 
collaborations, including global registry programs that will help us deepen our understanding of the conditions 
we work on and the communities living with those conditions. 

 

 

 

 

 

 

 

 DUCHENNE MUSCULAR DYSTROPHY- First in-human data supports starting clinical trials 
in people with DMD in 2023, designed with feedback from the community 

September 2022: Positive data from our Phase 1 study of PGN-EDO51 (our Enhanced Delivery Oligonucleotide, 
EDO, investigative dystrophin exon 51 skipping therapy) in volunteers without DMD was announced. PGN-EDO51 
exhibited the highest levels of oligonucleotide delivery and exon skipping measured following a single dose when 
compared to publicly available clinical data for other exon 51 skipping approaches. 

 
November 2022: Announcement of positive preclinical data for our investigational candidates for skipping 
dystrophin exons 44, 45, and 53 

We are planning to initiate a Phase 2 study of PGN-EDO51 in people living with DMD amenable to exon 51 skipping 
in the first half of 2023. Feedback collected from the community, clinicians, advocacy groups, regulators, and 

Duchenne researchers has helped us shape the clinical study and has been very valuable in designing the optimal 
protocol. 

We have been working with the community to determine what people would like to know about PGN-EDO51, our 
future clinical study, and which methods of information delivery they prefer. 

MYOTONIC DYSTROPHY TYPE 1- Preclinical data  
supports clinical study initiation 

The September 2022 Myotonic Dystrophy Foundation 
Conference allowed us to strengthen our understanding 

of DM – here, we heard the perspectives of new and 
familiar community members, and learnt about new 

findings from researchers in the DM1 and DM2 fields. 
 

We continued to advance our DM1 program, and in 
December, we announced additional positive 

preclinical data for PGN-EDODM1, our investigational 
candidate for DM1. 

 

PepGen is planning a clinical study of PGN-EDODM1 in people living with DM1 in the first half of 2023.  Like our 
PGN-EDO51 study planning, we incorporated feedback and learnings captured from the community, clinicians, pre-
competitive space projects, regulatory agencies, and the growing body of DM1 research to inform our study design 

and execution. 
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https://investors.pepgen.com/news-releases/news-release-details/pepgen-reports-positive-data-phase-1-trial-pgn-edo51-treatment
https://investors.pepgen.com/news-releases/news-release-details/pepgen-announces-positive-preclinical-data-pgn-edo53-pgn-edo45
https://investors.pepgen.com/news-releases/news-release-details/pepgen-announces-ind-enabling-preclinical-data-supporting
https://investors.pepgen.com/news-releases/news-release-details/pepgen-announces-ind-enabling-preclinical-data-supporting

