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Early diagnosis and speed to effect in spinal
muscular atrophy typel (SMA1)

AVXS-101 gene-replacement therapy in
presymptomatic spinal muscular atrophy (SMA) :
study update

Safety and effectiveness of nusinersen in SMA
type 2 and 3 : Assessment of the real world data
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FIREFISH Part1 : 1-year motor function results in
infants with Type 1 spinal muscular atrophy (SMA)

FIREFISH Partl : 1 year event free survival and
swallowing ability in infants with Type 1 SMA

AVXS-101 gene replacement for spinal muscular
atrophy type 1 (SMA1) : pivotal study (STRIVE)
update

The value of AVXS-101 gene-replacement therapy
(GRT) for spinal muscular atrophy type 1 (SMA1)

Spinal muscular atrophy (SMA) —what we have
achieved with the new treatment and current
challenges-

SMA therapy update
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2)Impact of early diagnosis and newborn screening
in SMA

Spinal muscular atrophy (SMA) past, present and
future : challenges in patient management
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