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AMO Pharma Ltd Tideglusib Small Molecule CDM / DM1
Glycogen synthase 
kinase 3 beta (GSK3ß)

AMO Pharma News 2024 Industry Update 2023 Webinar

Avidity Biosciences
AOC 1001
del-desiran

Antibody Conjugated Oligonucleotide DM1 DMPK Avidity News 2025 Industry Update 2024 Webinar

Lupin Neurosciences Mexiletine Small Molecule DM1 / DM2 Sodium Channels Lupin News 2025 Industry Update 2024 Webinar

Harmony Biosciences Pitolisant Small Molecule DM1
Histamine-3
receptor (H3R) 

Harmony News 2023 Industry Update 2022 Webinar

Dyne Therapeutics Dyne 101
Antibody Fragment Conjugated 
Antisense Oligonucleotide

DM1 DMPK Dyne News 2025 Industry Update 2025 Webinar

ARTHEx Biotech ATX-01
Antisense microRNA 
Oligonucleotide

DM1 / DM2
MBNL and DMPK
via miR-23b

ARTHEx News 2025 Industry Update 2024 Webinar

Vertex VX-670
Peptide Conjugated 
Oligonucleotide

DM1 DMPK Vertex News 2025 Industry Update

PepGen PGN-EDODM1
Peptide Conjugated Antisense 
Oligonucleotide

DM1 DMPK PepGen News 2025 Industry Update 2024 Webinar

Sarepta SRP-1003
Investigational RNA interference 
(RNAi) Therapeutic

DM1 r(CUG) of DMPK Sarepta News

Sanofi  --
miRNA Technology in Adeno-
Associated Virus

 -- DMPK Sanofi News 2025 Industry Update

Juvena Therapeutics JUV-161 Stem Cell-Secreted Proteins DM1  -- Juvena News 2025 Industry Update 2024 Webinar

Arrakis Therapeutics -- RNA-targeted Small Molecule (rSM) DM1 DMPK Arrakis News 2025 Industry Update

Rgenta Therapeutics PMS1 Small Molecule DM1 r(CUG) of DMPK Rgenta News 2023 Industry Update

Astellas Gene Therapies AT466
Adeno-Associated 
Viral Antisense

DM1 DMPK Astellas News

Modalis Therapeutics MDL-202
AAV mediated CRISPR base
DMPK silencing

DM1 DMPK Modalis News 2025 Industry Update

EditForce, Inc. EF-210
Gene Transfer based Delivery of 
Pentatricopeptide Repeat Protein

DM1 r(CUG) of DMPK EditForce News

Kinea Bio, Inc. KNA-123; KNA-145  -- CDM / DM1  -- Kinea Bio News

Design Therapeutics  --
Gene Targeting Chimera
Small Molecule

DM1 r(CUG) of DMPK Design News

LoQus23  --  -- DM1 MSH3 LoQus23 News

ScriptBioscience  --  -- DM1 MSH3 CasPlusKO
ScriptBiosciences
News

Novartis  --  -- DM1  -- Novartis News

GrittGene Therapeutics  --  -- DM2  --
GrittGene 
Publications

2022 Industry Update

Scriptr Global, Inc.  --  -- DM1  --  --

Note: Academic institutions are not included above. In addition to this list, there are several more companies in the Discovery Phase that have not yet made their DM programs public. 
Click green arrows above for clinical trial information on Phases 1-3. For locations and details of each clinical trial, visit www.clinicaltrials.gov.
Designed by MDF, this pipeline is in ongoing development and based on publicly available information. Special thanks to Nate Uhl for his comprehensive scan of the DM research landscape and original vision for the drug development pipeline. 
For questions, or to request updates to the pipeline, please contact MDF at info@myotonic.org. Download the latest DM Pipeline Chart at: www.myotonic.org/pipeline.

https://www.amo-pharma.com/index.htm
https://www.amo-pharma.com/news.htm
https://youtu.be/rvMxPkxiSrk?si=VV9tqCESfwkxtedH&t=3306
https://www.myotonic.org/digital-academy/amo-pharma-2023-meet-dm-drug-developers
https://www.aviditybiosciences.com/
https://aviditybiosciences.investorroom.com/news-releases
https://youtu.be/oJ3mr2auQiM?t=524&si=Vp3hv3hm_B7h_hNY
https://www.myotonic.org/digital-academy/avidity-biosciences-meet-dm-drug-developers-2024
https://www.lupin.com/US/
https://www.lupin.com/investors/news-events/
https://youtu.be/oJ3mr2auQiM?t=3039&si=Es5r8-ru0uDvgytp
https://www.myotonic.org/digital-academy/lupin-neurosciences-meet-dm-drug-developers-2024
https://www.harmonybiosciences.com/about-us
https://www.harmonybiosciences.com/newsroom
https://youtu.be/l0cRbvCDs5U?si=d9LL9heK0CPfci5f&t=1510
https://www.myotonic.org/digital-academy/harmony-biosciences-2022-meet-dm-drug-developers
https://www.dyne-tx.com/
https://investors.dyne-tx.com/news-and-events/press-releases
https://youtu.be/oJ3mr2auQiM?t=1118&si=-vCeRRqUTgGRxlHw
https://www.myotonic.org/digital-academy/dyne-therapeutics-meet-dm-drug-developers-2025
https://www.arthexbiotech.com/
https://www.arthexbiotech.com/news-events
https://youtu.be/oJ3mr2auQiM?t=1740&si=9FZiC_pSR5UTY1Y6
https://www.myotonic.org/digital-academy/arthex-biotech-meet-dm-drug-developers-2024
https://www.vrtx.com/
https://news.vrtx.com/
https://youtu.be/oJ3mr2auQiM?t=4293&si=HqSmoM6roJ6l0mHy
https://www.pepgen.com/
https://investors.pepgen.com/news-events/news-releases
https://youtu.be/oJ3mr2auQiM?t=3830&si=GYWXmtTVYfzIFuMg
https://www.myotonic.org/digital-academy/pepgen-meet-dm-drug-developers-2024
https://www.sarepta.com/
https://www.sarepta.com/newsroom
https://www.sanofi.com/en
https://www.sanofi.com/en/media-room
https://youtu.be/oJ3mr2auQiM?t=4723&si=P2meg6rZ58HmQa5D
https://www.juvenatherapeutics.com/
https://www.juvenatherapeutics.com/news/
https://youtu.be/oJ3mr2auQiM?t=2439&si=9kF57csuJDYT6i3W
https://www.myotonic.org/digital-academy/juvena-therapeutics-meet-dm-drug-developers-2024
https://arrakistx.com/
https://arrakistx.com/news/press-releases/
https://youtu.be/oJ3mr2auQiM?t=5658&si=xBGF3VzFg9Ghhh-U
https://rgentatx.com/
https://rgentatx.com/news/
https://youtu.be/l0cRbvCDs5U?si=toPFg3m6mN1zwj2w&t=1785
https://www.astellas.com/en/
https://www.astellasgenetherapies.com/press-releases
https://www.modalistx.com/en/
https://www.modalistx.com/en/news/
https://youtu.be/oJ3mr2auQiM?t=5165&si=AStjnCapauuNpDlh
https://www.editforce.co.jp/en/
https://www.editforce.co.jp/en/category/news/
https://kineabio.com/
https://kineabio.com/news
https://www.designtx.com/our-approach/
https://investors.designtx.com/news-and-events/news-releases
https://loqus23.com/
https://loqus23.com/news-events/
https://scriptbiosciences.com/
https://scriptbiosciences.com/press-releases/
https://scriptbiosciences.com/press-releases/
https://www.novartis.com/
https://www.novartis.com/stories/addressing-unmet-needs-inherited-neuromuscular-diseases
https://grittgene.com/
https://grittgene.com/publications/
https://grittgene.com/publications/
https://youtu.be/18_sos8Juzg?si=cjDJz0ljgiy7trH9&t=2860
https://scriptr.com/
https://clinicaltrials.gov/study/NCT06300307
https://clinicaltrials.gov/study/NCT06185764
https://clinicaltrials.gov/study/NCT06185764
http://www.myotonic.org/
https://clinicaltrials.gov/study/NCT05004129
https://clinicaltrials.gov/study/NCT05004129
https://clinicaltrials.gov/study/NCT05004129
https://clinicaltrials.gov/study/NCT04886518
https://clinicaltrials.gov/study/NCT04886518
https://clinicaltrials.gov/study/NCT04886518
https://clinicaltrials.gov/study/NCT06204809
https://clinicaltrials.gov/study/NCT06204809
https://clinicaltrials.gov/study/NCT06204809
https://clinicaltrials.gov/study/NCT06185764
https://clinicaltrials.gov/study/NCT05481879
https://clinicaltrials.gov/study/NCT05481879
https://clinicaltrials.gov/study/NCT05481879
https://clinicaltrials.gov/study/NCT04624750
https://clinicaltrials.gov/study/NCT04624750
https://clinicaltrials.gov/study/NCT04624750
https://clinicaltrials.gov/study/NCT05479981
https://clinicaltrials.gov/study/NCT06300307
https://clinicaltrials.gov/study/NCT06918925
https://clinicaltrials.gov/study/NCT06918925
https://clinicaltrials.gov/study/NCT06138743
https://clinicaltrials.gov/study/NCT05479981
https://clinicaltrials.gov/study/NCT05479981
https://clinicaltrials.gov/study/NCT05479981
https://clinicaltrials.gov/study/NCT04886518
https://clinicaltrials.gov/study/NCT04886518
https://clinicaltrials.gov/study/NCT04886518
https://clinicaltrials.gov/study/NCT06844214
https://clinicaltrials.gov/study/NCT06844214
https://clinicaltrials.gov/study/NCT06138743
https://clinicaltrials.gov/study/NCT06138743
https://clinicaltrials.gov/study/NCT06138743

