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Marketed products are being evaluated for age expansion, dose increase,
and in previously treated SMA patients
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https://clinicaltrials.gov/ct2/show/NCT04089566
https://clinicaltrials.gov/ct2/show/NCT04488133
https://clinicaltrials.gov/ct2/show/NCT05089656
https://clinicaltrials.gov/ct2/show/NCT05386680
https://clinicaltrials.gov/ct2/show/NCT04851873?term=AVXS-101&phase=2&draw=2&rank=1
https://clinicaltrials.gov/ct2/show/NCT03032172
https://clinicaltrials.gov/ct2/show/NCT05808764?term=Risdiplam&phase=3&draw=2&rank=1

Evaluating higher doses for less frequent dosing

Potentially for patients who had inadequate response
to Zolgensma
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Pursuing label expansion in older pediatric patients
(2-17y) with intrathecal formulation
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Muscle enhancing pipeline drugs are evaluating combination approach
with SMN up-regulators to further improve patient outcomes
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https://clinicaltrials.gov/ct2/show/NCT05156320
https://clinicaltrials.gov/ct2/show/NCT05115110
https://clinicaltrials.gov/ct2/show/NCT05337553
https://clinicaltrials.gov/ct2/show/NCT05794139?term=NMD670&draw=2&rank=1
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» Scholar Rock’s apitegromab is expected to be the first
muscle-directed add-on treatment to enter the SMA

Myostatin market

inhibitors » Apitegromab, GYM329, and taldefgrobep alpha target

myostatin to enhance muscle growth and muscle

function
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» NMD-670 is a skeletal muscle specific chloride
ion channel 1 (CIC-1) inhibitor; it is the only clinical
CIC-1 targeting product

» NMD PHARMA expects CIC inhibition will lead to
restoring neuromuscular function
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