INTRODUCTION

» Spinocerebellar ataxias (SCAS) are rare, autosomal-dominant,
neurodegenerative diseases predominantly characterized by atrophy of the
cerebellum, and associated with severe disability and premature death.
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DISCUSSION

» Troriluzole demonstrated a clinically meaningful treatment benefit out to 3 years across analyses utilizing 2 large independent natural history external controls from the US and Europe.

» Patients treated with troriluzole experienced a 50-70% slowing of disease progression when compared to the untreated external controls.

» This study demonstrated the utility of PSM methodology in cases where clinical trials lack long term comparison to placebo by matching treatment groups to external natural history
» Delay in disease progression at 3-years was calculated by dividing the LSM cohorts.
difference in CFB on f-SARA divided by the natural history LSM. » This methodology can be used to accelerate the development of novel disease modifying therapies for SCA by increasing the robustness of clinical trial OLE data.
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