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Introducao e Objectivos

Vosoritide is in development for the treatment of Achondroplasia. A 52-week, phase 3 study demonstrated improvement
in annualized growth velocity (AGV) of vosoritide versus placebo in children with achondroplasia (5-18 years age)
(Savarirayan et al, Lancet, 2020). Here we report results from an additional 52 weeks of treatment in the phase 3 extension
study.

Metodologia

In the extension study, 119 children receive open label 15 ug/kg/day vosoritide. AGV, height Z-score and body proportion
ratio were analyzed to assess efficacy of vosoritide.

Resultados

In children randomized to receive daily vosoritide, baseline mean (SD) AGV was 4.26 (1.53) cm/year, 5.67 (0.98) cm/year
after 52 weeks of treatment and 5.57 (1.10) cm/year at the second year. Compared with baseline, mean (SD) change in
height Z-score was +0.24 (0.31) and +0.45 (0.56) at Week 52 and the second year, respectively. Mean (SD) upper-to-lower
body segment ratio improved by -0.03 (0.11) and -0.09 (0.11) at Week 52 and the second year, respectively. In children
who switched from placebo to vosoritide, baseline AGV was 4.06 (1.20) cm/year and 3.94 (1.07) cm/year after 52 weeks on
placebo.In the second year, after receiving 52 weeks of vosoritide, mean AGV was 5.65 (1.47) cm/year, the mean (SD)
change in height Z-score was +0.24 (0.34), and the change in upper-to-lower body segment ratio was -0.03 (0.08). Most
adverse events were mild.

Conclusoes

The effect of vosoritide on growth as measured through AGV and height Z-score was maintained for up to 2-years in
children with Achondroplasia, with an improvement of body proportions.
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