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Risdiplam is the first oral medication developed for the treatment of spinal muscular atrophy (SMA). It targets the
survival motor neuron 2 (SMN2) gene by modifying its pre-mRNA splicing, thereby increasing the production of full-length,
functional SMN protein. Clinical studies involving patients with type 1 SMA have demonstrated that Risdiplam significantly
increases survival rates and the proportion of patients who are able to sit independently without the need for permanent
ventilation. In patients with type 2 and type 3 SMA, Risdiplam has been shown to slow motor function decline and improve
upper limb movement. Its adoption in multiple countries has confirmed its long-term safety and ease of administration. In
Thailand, an economic evaluation estimated the incremental cost-effectiveness ratio (ICER) of Risdiplam to be 5.7-5.9 million
THB per quality-adjusted life year (QALY) for type 1 SMA and 17.9 million THB per QALY for type 2 and type 3 SMA. These
findings suggest that policy decisions should incorporate multiple evidence domains beyond ICERs alone, potentially using

multi-criteria decision analysis (MCDA) approaches that account for disease severity and unmet medical needs
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