Company

Exon Skipping

Compound

Phase

Indication & Inclusion Criteria

Locations

Clinical Trial

Duchenne Muscular Dystrophy

NS Pharma NS-089/ 4 years to 14 years USA (CO, FL, GA, IL, KS, OH, PA, TX, VA)
Phase I NCT05996003
Nippon Shinyaku NCNP-02 Ambulatory AUS, CAN, JPN, NZL, KOR, TUR
Amenable to exon 44 skipping
Duchenne Muscular Dystrophy
NS Pharma NS-050/ Phase | & Il 4 years to 14 years USA (CA, CO, IL, KS, PA) NCT06053814
Nippon Shinyaku NCNP-03 Ambulatory CAN, JPN, KOR, TUR (Meteor50)
Amenable to exon 50 skipping
Duchenne Muscular Dystrophy
4 years to 20 years NCT07037862
-44- BEL, ITA, ESP, GBR e
Entrada ELEVATE-44-201 Phase | & II Ambulatory , ITA, ESP, ELEVATE-44
Amenable to exon 44 skipping
Duchenne Muscular Dystrophy
4 years to 20 years NCT07038824
-45- BEL, ITA, NLD, ESP, GBR o
Entrada ELEVATE-45-201 Phase | & II Ambulatory , ITA, NLD, ESP, G ELEVATEAS
Amenable to exon 45 skipping
Duchenne Muscular Dystrophy
. . . 4 years to 10 years
BioMarin Pharmaceutical BMN 351 Phase | & II Y y CAN, ITA, NLD, ESP, TUR, GBR NCT06280209
Ambulatory
Amenable to exon 51 skipping
Gene Therapy
Duchenne Muscular Dystrophy
1 Year and older USA (AR, CA, CO, FL, GA, IL, NCT05693142
- IA, MA, OH, OR, TX, VA
REGENXBIO RGX-202 Phase |1 &I Ambulatory CAN ) (AFFINITY DUCHENNE)
Mutation in Exons 18 and above
Duchenne Muscular Dystrophy
.. . . 2 Years to 7 Years NCT07429240
- TBD
Precision BioSciences PBGENE-DMD Phase | & lla Ambulatory FUNCTION-DMD
Mutation between Exons 45-55
Duchenne Muscular Dystrophy
0 Year to 17 vears USA (AR, CA, GA, IL, MO, OH, OR, PA, VA, WA) |  NCT06138639
3 Ambulatory and _ambulat NCT06138639
Solid Biosciences SGT-003 Phase | & II mbulatory and/or non-ambulatory CAN, ITA, GBR (INSPIRE DUCHENNE)

Mutations Not within Exons 1-11,
42-45, 57-69



https://www.nspharma.com/pipeline
https://www.nspharma.com/pipeline
https://clinicaltrials.gov/study/NCT05996003
https://www.nspharma.com/pipeline
https://www.nspharma.com/pipeline
https://clinicaltrials.gov/study/NCT06053814
https://clinicaltrials.gov/study/NCT06053814
https://clinicaltrials.gov/study/NCT07037862
https://clinicaltrials.gov/study/NCT07037862
https://www.elevate45study.com/
https://clinicaltrials.gov/study/NCT07038824?term=ENTR-601-45&rank=1
https://clinicaltrials.gov/study/NCT07038824?term=ENTR-601-45&rank=1
https://clinicaltrials.biomarin.com/areas-of-clinical-research/duchenne-muscular-dystrophy/
https://classic.clinicaltrials.gov/ct2/show/NCT06280209
https://www.regenxbio.com/rgx-202/
https://clinicaltrials.gov/ct2/show/NCT05693142?recrs=ab&type=Intr&cond=Duchenne%2BMuscular%2BDystrophy&draw=1
https://clinicaltrials.gov/ct2/show/NCT05693142?recrs=ab&type=Intr&cond=Duchenne%2BMuscular%2BDystrophy&draw=1
https://precisionbiosciences.com/
https://clinicaltrials.gov/study/NCT07429240
https://clinicaltrials.gov/study/NCT07429240
https://www.solidbio.com/our-science/pipeline-programs/pipeline/
https://clinicaltrials.gov/study/NCT06138639
https://clinicaltrials.gov/study/NCT06138639

Duchenne Muscular Dystrophy

2 Years to 4 Years NCT06817382
USA (AR, CA, GA, NY, OH, TN, VA I —
Insmed INS1201 Phase | Ambulatory ( ) ASCEND
Mutation between Exons 18 and 58
Duchenne Muscular Dystrophy NCTO4626674
Sarepta SRP-9001 Phase | 2 Years and older USA (CA, MO, OH, VA) m
Cohort 8: Non-ambulatory (ENDEAVOR)
Duchenne Muscular Dystrophy
4 Years and older
Sarepta Gene Therapy long- Phase IV Patients have been prescribed LR AR, 62, €0, €, G, L 15 1, 1, L1, G, NCT06270719
term follow-up P OH, OR, PA, TN, TX, VA, WA, WI) ENDURE

Anti-inflammatory

delandistrogene moxeparvovec
Mutations Not within Exons 8-9

Nationwide Children's Hospital

Children's Hospital of Chicago

Children's Hospital Medical Center, Cincinnati

Prednisolone

Phase IV

Duchenne Muscular Dystrophy
1 Month to 30 Months

USA (IL, OH, TX)

NCT05412394

Duchenne Muscular Dystrophy

USA (CA, CO, IL, KS, MD, MA, MO, OH,

. . NCT07287189
Satellos Bioscience SAT-3247 Phase Il 7 Years to 9 years TX, VA, WA) BASECAMP)
Ambulatory AUS, CAN, SRB, GBR
Duch M lar Dystroph
Italf: Givinostat Phase Ill - e;r::aar: :zu1;r e:isrop ! BEL, CAN, FRA, DEU, ITA, NLD, GBR ALIBRAIES]
alfarmaco Y ZE IR aZL A DL LG (ULYSSES)
Non-ambulatory
Duchenne Muscular Dystrophy
. 6 Years and older NCT05753462
Ph 1 &Il . FRA
Sqy Therapeutics SQY51 asel &lla > 16 kg body weight AVANCEL
Amenable to exon-51 skipping
Duchenne Muscular Dystrophy
Roche Satralizumab Phase Il 8 Years to 17 Years USA (AR, CA, GA, MA, MI, MT, NY, TX, VA) NCT06450639
e Additional criteria for fracture-naive and DNK, ITA, POL, ESP, UKR (SHIELD DMD)
low-trauma fractures participants
SRD-001 Duchenne Muscular Dystrophy NCT06224660
USA (KS, OH P,
Sardocor Corp/Medera (AAV1/SERCA2a) Phase Ib - (KS, OH) (MUSIC-DMD)



https://insmed.com/science/pipeline/
https://clinicaltrials.gov/study/NCT06817382
https://clinicaltrials.gov/study/NCT06817382
https://www.sarepta.com/products-pipeline/clinical-trials
https://clinicaltrials.gov/study/NCT04626674
https://clinicaltrials.gov/study/NCT04626674
https://www.sarepta.com/products-pipeline/clinical-trials
https://clinicaltrials.gov/study/NCT06270719?cond=Duchenne%20Muscular%20Dystrophy&aggFilters=status:not%20rec&lastUpdPost=2024-02-01_2024-07-01&page=2&rank=13
https://clinicaltrials.gov/study/NCT06270719?cond=Duchenne%20Muscular%20Dystrophy&aggFilters=status:not%20rec&lastUpdPost=2024-02-01_2024-07-01&page=2&rank=13
https://www.nationwidechildrens.org/research/clinical-research/gene-therapy-clinical-research
https://www.nationwidechildrens.org/research/clinical-research/gene-therapy-clinical-research
https://www.nationwidechildrens.org/research/clinical-research/gene-therapy-clinical-research
https://www.nationwidechildrens.org/research/clinical-research/gene-therapy-clinical-research
https://clinicaltrials.gov/ct2/show/NCT05412394?recrs=ab&type=Intr&cond=Duchenne%2BMuscular%2BDystrophy&draw=3
https://satellos.com/
https://clinicaltrials.gov/study/NCT07287189
https://clinicaltrials.gov/study/NCT07287189
https://clinicaltrials.gov/study/NCT05933057
https://clinicaltrials.gov/study/NCT05933057
https://sqy-therapeutics.com/en/sqy-therapeutics-avance-1-duchenne-muscular-dystrophy-home/
https://clinicaltrials.gov/study/NCT05753462?cond=Duchenne%20Muscular%20Dystrophy&aggFilters=status:not%20rec&lastUpdPost=2024-02-01_2024-07-01&page=2&rank=15
https://clinicaltrials.gov/study/NCT05753462?cond=Duchenne%20Muscular%20Dystrophy&aggFilters=status:not%20rec&lastUpdPost=2024-02-01_2024-07-01&page=2&rank=15
https://www.parentprojectmd.org/roche-announces-phase-ii-open-label-shield-dmd-study-to-assess-effect-of-satralizumab-on-bone-health-in-duchenne/
https://clinicaltrials.gov/study/NCT06450639
https://clinicaltrials.gov/study/NCT06450639
https://www.einpresswire.com/article/692002837/medera-s-sardocor-granted-fda-orphan-drug-designation-for-dmd-associated-cardiomyopathy-gene-therapy
https://clinicaltrials.gov/study/NCT06224660?cond=Duchenne%20Muscular%20Dystrophy&term=sardocor&rank=1
https://clinicaltrials.gov/study/NCT06224660?cond=Duchenne%20Muscular%20Dystrophy&term=sardocor&rank=1
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