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Archive of Past DM Drug Development Efforts - Aug 2025

Company / Organization Company Status DM Program Notes Company / Organization Company Status DM Program Notes
Company closed in 2022; regenerative Rare disease gene therapy developer; early-
Anagenesis Biotechnologies Closed Unknown medicine focus included DM in early-stage Genethon Active Unknown stage DM1 research not advanced to
research. pipeline.
Sold Ended DM ; hifted to oth
Arrowhead Pharmaceuticals Active © _/ DM program acquired by Sarepta in 2025. Healx Ltd. Active Unknown nae X program; focus shiftedto other
Outlicensed rare diseases.
Gene therapy research for DM ended; No active DM program; previously partnered
AskBio (Asklepios) Active Unknown company aquired by Bayer in 2020. Idera Pharmaceuticals / Aceragen  |Active Unknown with Scriptr Global for gene therapy
Company operates as subsidiary of Bayer. research.
. . . . Biogen partnership for antisense therapy
A d by Astell 2020; DM | Ph tical
Audentes Acquired Active cq%nre yAs ? asin . 'programs onis Fharmaceuticals . Active Unknown ended after failed Phase /Il trial in 2015;
carried forward into Astellas pipeline. (formerly ISIS Pharmaceuticals) R
published study.
loni rt hip f ti th
. . CIIE = ners. PLCIE |sensej .erapy . X Sold / Acquired by Novartis in 2025; gene therapy
Biogen Active Unknown ended after failed Phase I/Il trial in 2015; Kate Therapeutics Acquired . . X
k Outlicensed focus in neuromuscular space included DM.
published study.
Acquired P in 2014 with toni C losed in 2023; Cas13d platf
BioMarin Pharmaceutical Inc. Active Unknown cquired Frosensa in ' ‘,NI myotonic Locana Bio Closed Unknown ompany closed in as platiorm
dystrophy program; no activity. targeted DM1 RNA.
Acquired by Bristol-Myers Squibb in 2019; .
. . X : : . Nutraceuticals marketed for DM symptom
Celgene Acquired Unknown historical DM relevance from investment in Myogem Health Company Active Unknown R :
X . relief; no therapeutic development.
RNA-targeting companies.
| tigational in vi -editing th C losed in 2024; ietary RNA-
CRISPR Therapeutics Active Active nves |ga'|ona n V|vo'gene' SaIting therapy Neubase Closed Unknown omp'any closedn . proprietary
for DM1 in collaboration with Vertex. targeting platform with DM1 program.
Company closed in 2021; rare disease
P t d; binoid-based DM1
Cydan Development Inc. Closed Unknown accelerator; incubated companies with Nexien Biopharma Active Unknown ::g:zg Bl BT AR
neuromuscular programs. P
Ended DM ; initiall d Early-stage RNA-t. ting biotech; ti
Denali Therapeutics Active Unknown nae program initia Ypursue . Nymirum (Base4 Biotechnology) Active Unknown arly-stage argeting biotech; no active
neuromuscular CNS-targeting therapeutics. DM program.
Ended DM in 2021; past
X X X Ended Pfizer-collaboration on DM program . . nae X progr'am n X pas X
Dewpoint Therapeutics Active Unknown K . Pfizer Active Unknown collaborations with Dewpoint and Triplet
targeting toxic RNA condensates. .
Therapeutics.
Acquired by N tis in 2023; DM
DTx Pharma Acquired Active cqu-lre _y . ovartis |-n program Prime Medicine Active Unknown Ended DM program.
ongoing within Novartis Gene Therapy.
Sold / Outlicensed ENTR-670 and ENTR-701
Entrad Acti Roch Acti Unki Early DM loration.
ntrada ctive Outlicensed program for DM1 to Vertex in 2023. oche ctive nknown arly program exploration
Ended lati llaborati
L . Company inactive in practice; early RNA- Sangamo . nded gene regu’a u?n cotlanora |or15 X
Enzerna Biosciences Active Unknown X Active Unknown relevant to DM. Previous partnerships with
targeting platform had DM relevance. R K
Biogen and Novartis.
C losed in 2025; Il molecul ) .
Expansion Therapeutics Closed Unknown A smafl molecuie Syros Pharmaceuticals Closed Unknown Closed in 2025.
DM1 program ended.
. Company closed in 2022; antisense therapy
C losed in 2022; DM1 . . . .
Faze Medicines Closed Unknown ompany closedin R program Triplet Therapeutics Closed Unknown for repeat expansion diseases included DM.
targeted RNA repeat expansions. L R
Former partnership with Pfizer.
Licensed Columbia University platform with . .
Past DM1 int ii5 t act
Fortress Biotech & Oncogenuity Active Unknown potential DM applications in 2020; no Wave Life Sciences Active Unknown raj ram interest; no current active
disclosed program progress. program.
No active DM program; past program on
Fulcrum Therapeutics Active Unknown repeat expansion diseases suspended in

2024.
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