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Dear Duchenne Advocacy Leaders,

As we close out on 2019, we would like to express gratitude for your ongoing 
collaboration.  We look forward to continuing our work together in the new year.

Wishing you a peaceful and joyful holiday season,

-Sarepta Patient Affairs

LOOKING FOR INPUT

To better understand where there is a need for resources and information, we have created this survey: 
http://www.duchenneinsights.com. We will use the information provided by survey recipients to 
support development of resources that are most desired by the community.  Please feel free to share 
with the Duchenne community.  

UPDATE
We are proud to announce that on December 12, 2019 the FDA granted Sarepta accelerated approval of a 
second treatment for Duchenne Muscular Dystrophy.  

Our Patient Support Program, SareptAssist, may be contacted for any questions about 
starting or staying on treatment.

http://www.duchenneinsights.com
https://www.sarepta.com/our-product/sareptassist


WHERE WE’VE BEEN 

The last few months of the year have continued to take us to places across the country (and world) where 
we have been able to meet with members of the Duchenne community.  We are grateful for all opportunities 
that we get to spend time with and learn from individuals living with Duchenne, their families and advocacy 
leaders.  Check out some places we’ve been as 2019 wraps up and we hope to see you in the new year!

Jett Foundation’s World Duchenne 
Awareness Day, September 2019
Waltham, MA

CureDuchenne Futures Conference,  
October 2019
Anaheim, CA

Mitchell’s Journey, October 2019
Cambridge, MA

DUCHENNE COMMUNITY ADVISORY 
BOARD, OCTOBER 2019  
Amsterdam, The Netherlands

ACTION DUCHENNE UK CONFERENCE, 
NOVEMBER 2019 
UK

DUCHENNE UK DMD HUB GENE 
THERAPY MEETING, NOVEMBER 2019 
Newcastle, UK

DUCHENNE UK PROJECT HERCULES 
MEETING, NOVEMBER 2019 
London, UK

DUCHENNE PATIENT ACADEMY, 
DECEMBER 2019  
Athens, Greece

CUREDUCHENNE 
CARES 

PPMD END 
DUCHENNE TOUR

READY, SET, JETT 
FAMILY WORKSHOPS

III LATAM ENCOUNTER  
OF MD PAOS  
Brazil

RARE PEOPLE AWARD 
&CHARITABLE LUNCHEON  
Brazil

WORLD DUCHENNE 
AWARENESS DAY, 
SEPTEMBER 2019
Global and Boston, MA

PPMD END DUCHENNE 
TOUR: SPANISH REMOTE 
SERIES WEBINAR  
Global (Virtual)

CUREDUCHENNE 
FUTURES CONFERENCE, 

OCTOBER 2019, 
Anaheim, CA



We are excited to announce the launch of an online Sarepta Clinical Trial Finder [sarepta.com/clinical-trials-
overview]. We hope this resource will allow the community to access information about clinical trials and easily 
find out more about Sarepta clinical trial programs.

Please note: Clinical trials evolve and information is regularly updated on clinicaltrials.gov.

PPMO (Peptide Conjugated Phosphorodiamidate Morpholino Oligomer) (SRP-5051) 

PPMO is an investigational exon skipping technology designed to efficiently get inside cells, with the goal of 
producing dystrophin in the muscle groups affected in Duchenne patients. 

NEW!  MOMENTUM (5051-201) is a Phase 2, two-part, multiple-ascending dose study of SRP-5051 for dose 
determination, then dose expansion, in patients with Duchenne muscular dystrophy amenable to Exon 51 skipping 
treatment.  5051-201 is open for enrollment and there are currently active sites in the U.S. (Florida, Georgia, Iowa) 
and Canada.  Visit clinicaltrials.gov (NCT04004065) for more information.

PMO (Phosphorodiamidate Morpholino Oligomer) 

NEW!  MIS51ON (eteplirsen high dose trial): This is a Phase 3, two-part 
trial comprised of both an open-label dose escalation to evaluate safety and 
tolerability and a dose finding and comparison of two eteplirsen high doses to 
evaluate safety and efficacy.  Visit clinicaltrials.gov (NCT03992430) to  
learn more. 

ESSENCE: The global Phase 3 clinical trial is ongoing, examining golodirsen, for 
patients amenable to Exon 53 skipping and casimersen, for patients amenable to 
Exon 45 skipping.  Enrollment at U.S. ESSENCE sites is closed but sites continue 
to enroll outside of the U.S. Visit clinicaltrials.gov (NCT02500381) to learn more. 

SRP-9001 (Micro-dystrophin Gene Therapy) 

In December 2018, we began dosing in a Phase 2 randomized, double-blinded, 
placebo-controlled trial and recently we expanded the number of total study 
participants to up to 40. More information about this trial can be found here 
(NCT03769116).   

Please visit our Gene Therapy website to learn more about the science of  
gene therapy.

CLINICAL UPDATES

DUCHENNE.COM  
Our online resource to help those with 
Duchenne and caregivers better understand 
Duchenne, clinical trials, and the importance 
of genetic testing.

DUCHENNEGENETHERAPY.COM  
Our online resource for the Duchenne 
community that provides information about 
Gene Therapy Science and the Sarepta 
programs implementing Gene Therapy 
interventions. 

DECODE DUCHENNE  
In partnership with PPMD, Decode Duchenne 
provides free genetic testing and counseling 
to eligible people with Duchenne or Becker 
muscular dystrophy who otherwise could not 
afford genetic testing.

ADDITIONAL RESOURCES:

       LET’S STAY  
       IN TOUCH!

Please feel free to reach  
out to us at  
Advocacy@Sarepta.com 
with any questions or 
concerns. To stay connected 
with us, please visit:  
www.duchenne.com/
connect. You can also 
connect with Sarepta us on 
social media: 

Check out our recently 
launched Facebook and 
Instagram pages!

M-NP-US-0213
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