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Roche provides safety update on Elevidys™ gene therapy for Duchenne muscular dystrophy
in non-ambulatory patients

https://www.roche.com/media/releases/med-cor-2025-06-15
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Media & Investor Release

Ad hoc announcement pursuant to Art. 53LR

Roche provides safety update on Elevidys™ gene therapy for
Duchenne muscular dystrophy In non-ambulatory patlents

s After a thorough clinical review, the benefit-risk for the use of Elevidys in non-
ambulatory patients with Duchenne has been re-assessed, following two cases of
fatal acute liver failure

« Effective immediately, dosing of non-ambulaftory patients, irrespective of age, is
paused in the clinical setting; dosing of non-ambulatory patients is discontinued
in the commercial setting

+ Rocheis working closely with relevant health authorities, investigators and
prescribing physicians to ensure they are informed and patient care is being
appropriately modified

+ The benefit-risk of Elevidys treatment in ambulatory Duchenne patients remains
positive and treatment guidance is unchanged

Basel, 15 June 2025 - Reche (SIX: RO, ROG; OTCOX: RHHEY) announced today new dosing
restrictions, effective immediately, for ELEVIDYS™ (delandistrogene moxeparvovec), for non-
ambulatory Duchenne muscular dystrophy (DMD) patients, irrespective of age, in both clinical
and commercial settings. In the commercial setting, non-ambulatory patients should no
longer receive Elevidys. In the clinical trial setting, enrolment and dosing of non-ambulatory
patients will be immediately paused until additional risk mitigation measures (e.g. immune
modulatory treatment) are implemented in the study protocol. Health authorities,
investigators and physicians are being informed so that patient care can be quickly adjusted.

This decision follows careful assessment of two cases in non-ambulatory patients of fatal

acute liver failure (ALF), an identified risk of Elevidys and other AAV-mediated gene therapies,

which led to a reassessment of the benefit-risk profile as unfavourable for patients with DMD
who are non-ambulatory.
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