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Du

Prednisone/prednisolone

Eteplirsen (Exondys 51°)

Deflazacort (Emflaza®)

Golodirsen (Vyondys 53°)

Ataluren (Translarna®)

ne muscular dystrophy

Corticosteroid

Antisense oligonucleotide
promoting DMD exon 51
skipping

Corticosteroid prodrug

Antisense oligonucleotide
promoting DMD exon 53
skipping

Small molecule permitting
readthrough of premature
stop codons

Daily or intermittent
enteral regimen

Once weekly intravenous
infusion

Daily enteral regimen

Once weekly intravenous
infusion

Three times daily enteral
regimen

Off-label

September 19, 2016

February 9, 2017

December 12, 2019

Only approved in
Europe

None

DMD mutations amenable to
exon 51 skipping

2 years and older®

DMD mutations amenable to
exon 53 skipping

Nonsense DMD mutations
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Spinal muscular atrophy

Nusinersen (Spinraza®) Antisense oligonucleotide Intrathecal injections, 4 December 23,2016  None

altering splicing of survival loading doses then every 4

motor neuron-2 (SMN2) months
Onasemnogene Viral-mediated gene One-time intravenous May 24, 2019 Less than 2 years old* and
abeparvovec-xioi replacement injection caution in those with advanced
(Zolgensma®) disease (tetraplegia, permanent

ventilatory dependence)
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