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The Disease: Duchenne Muscular Dystrophy

* Avery severe rare disease affecting 1 : 5000 male births
* Onset is usually between 2 and 4 years of age

e Caused by mutation in the dystrophin gene

* Muscles progressively weaken and eventually stop working
1 United Parent Project Muscular Dystrophy, Netherlands; 2Ceratium, UK; 3University of Pittsburgh

* Cardiac and resplratory related prOblemS IR . . o . School of Medicine and VA Pittsburgh Healthcare System, USA; #John Walton Muscular Dystrophy
e No cure available AV Project website: www.vision-dmd.info Research Centre, Newcastle University , UK; *ReveraGen BioPharma, UK/USA ® TRINDS, USA,; ’ Structure of Vamorolone
— ' Fakultni Nemocnice v Motole; Czech Republic; 8 ECRIN, France.

VISION-DMD

VISION-DMD is a US-EU collaborative project undertaking Phase 2 Clinical Trials of vamorolone - An Innovative Steroid-like intervention for Duchenne Muscular Dystrophy.

Corticosteroids — Standard of Care for DMD

ot . , , BUT Steroids have a problem > : :
«»Corticosteroids are the only treatment option for DMD that is Could vamorolone be the answer? A designer drug

independent of mutation tvoe >Severe side effects reduce use and restricts treatment v'An innovative steroid-like drug designed to retain or improve corticosteroid efficacy

**Corticosteroids delay the natural course of the disease options » ¥ Protects the muscle membrane for membrane stabilisation

X i ids | i » Global implementation is variable v Possible reduced side effects
* Cortlcoste'rmds improve muscle .strengthf prQIong ambulatl.on, P v’ Lacks transactivation sub-properties that may cause side effects of steroids such as growth restriction and
delay respiratory and orthopaedic complications and very likely

. : osteopenia
prolong survival Phase 2a study recruitment completed v'Increase the therapeutic window to slow DMD progression and improve quality of life and lifespan for DMD boys.
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