Spinal Muscular Atrophy - Emerging therapies: Experience from a tertiary care hospital
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Nine patients (humanitarian-access:7, 2 via
crowd funded sources) have received
intravenous Zolgensma and are under follow-up
Nine children (humanitarian-access:7) have
been receiving Risdiplam, out of which 3 have a
follow-up of more than 1 year

All children received multidisciplinary care
including iIndividualized physiotherapy,
rehabilitation, nutritional care and inpatient care
in care of severe respiratory illnesses
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which were managed with steroid - only 1 child
required platelet transfusion.

Three children who have been receiving
Risdiplam for > 1 year, have shown significant
improvement in HFMSE scores, with gain in
motor milestones

No major serious events were reported in the
Risdiplam receiving cohort

Twelve children have been receiving
Nusinersen for > 2 years and are under regular
follow ups
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