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Risdiplam is the first orally-administrated small molecule, directly targeting the OR for Sitting to Standing transition (based on p—— | —

underlying molecular deficiency of SMA by increasing of functional SMN protein. OR for achievement of HINE-2 standing 0.538 0.205 2.132 _ Walking Figure 3. One-way Sensitivity Results
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Base case analysis Figure 5. Incremental Cost- Figure 4. Cost-effectiveness

Key model features ol : . Pati ith Risdi i ife- effectiveness Plane Acceptability Curve
« Asix-state Markov model based in Microsoft Excel was adapted to the Chinese ' TN Egﬁ:]eljrgrseértegtﬁis\;\gé?s;lsc(al_:_glbalren63]a|ned 143 more life-years and 1.11 more QALY J .

health ivel4]. (Fi 1
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respiratory/bulbar impairment were based on FIREFISH study as proxy data. treating with Nusinersen. The cost-saving Is mainly resulted by lower outpatient costs In the absence of head-to-head trial data, Nusinersen treatment
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Model outcomes were costs, QALYS, life-years and incremental cost-effectiveness ) - In Risdiplam group. (Figure 2) effects had to be estimated from an indirect comparison of
ratios (ICERs). | | Table 6. Base Case Analysis Results Risdiplam and Nusinersen.

Each cycle length was 1 month. o | ° , . - e b o Differences, Risdiplam The time horizon chosen in the study was relatively short as
The modelled time horizon was 10 years, considering the unknown long-term benefits. oonenial e e © @ s 100 120 - Risdiplam Ve Nusi’n ersen lacking long-term efficacy data. However, the chosen time
Half-cycle correction was adopted. —Exponential  ——Weibull GenGamma horizon align with the nature history of SMA type 1.
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Extrapolations for Overall Survival Extrapolations for Ventilation- QALYS 2.83 1.72 1.11 clinical trials owing to the very young age of the patients.
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« The drug acquisition costs after patient assistance program for Nusinersen and model, which might cause the underestimation of the utilities
Risdiplam based on the drug recommended dosage by label were used in the model. = = End of life costs (palliative care, death) benefit of Risdiplam arm as It Is a convenient oral formulation,

Other direct medical costs including administration, inpatient, outpatient, and medical = Equipment, medical
devices costs were estimated from expert clinical opinion and hospital information CONCLUSION
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systems in China[3]. » Risdiplam is a dominant alternative over Nusinersen for patients
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The palliative care cost was extracted from literature[7]. ’ " Inpatient with SMA type | in China, with more QALY gained and less

The medical costs of six disease state were presented in table 4, respectively. Standard One-time fees, baseline costs. The result was relatively robust in the sensitivity analysis.
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