Safety profile, effectiveness, and adherence of vosoritide in young children with achondroplasia
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 There was 1 non-safety-related discontinuation after genetic testing revealed a variant in FGFR3
for hypochondroplasia

Data are percentages from children aged <3 years (n = 63).

Table 1. Participant characteristics at enrollment Discussion
_ =36 months (<3 years) =12 months (=1 year) = Overall, the safety profile of vosoritide in children <3 years of age remains favorable in real-world clinical practice in Japan
n =603 n =30 L : : : : : :
S ( ) ( ) = Vosoritide treatment adherence was high throughout Japan, even in children <1 year of age, with no reported dose interruptions
Age at treatment initiation, months » Benefits of early intervention have been shown in the vosoritide clinical trial 111-206 in children aged <5 years,® and these real-
Mean (SD) 15.4 (11.3) 5.6 (3.6) world data demonstrate consistent results and restoration of growth deficits
Min, max 0, 36 0,12 = Data collection in this survey is ongoing and will strengthen the body of evidence on the impact of starting vosoritide treatment
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