A Randomized Controlled Trial of Vosoritide In Infants and Toddlers with Achondroplasia
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= An open-label, 52-week phase 2 trial
(BMN 111-202) and its extension study
(BMN 111-205) in children with
achondroplasia showed that vosoritide
treatment resulted in sustained increases
in annualized growth velocity (AGV)’

= A phase 3 randomized placebo-controlled trial (BMN 111-301) in children with

Overall Cohort 1 Cohort 2 Cohort 3
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Improvement in Growth with Vosoritide vs Placebo
= \osoritide (n=43), compared to placebo (n=32):
— Increased height Z-score by 0.30 SD (95% C1 0.07, 0.54)

— Increased AGV by 0.92cm/year (95% CI 0.24, 1.59)

— Did not significantly change upper-to-lower body segment ratio, which changed by
-0.06 (95% CI -0.15, 0.03)

= Positive change in height Z-score in children treated with vosoritide across all cohorts

Box plot displays the 25" and 75" percentiles (box edges), the median (midline), the mean (diamond symbol) and the 2.5" and 97.5" percentiles (whiskers).

COHORT 3 (Ages 0 to <6 months; n = 20, 3 sentinels 17 randomized) Asterisks represent outliers.
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Sentinel subjects: lead in Phase for safety, PK, with potential dose adjustment for each cohort

Sentinel subjects complete 8 days dosing in all cohorts. If stopping criteria are not met, remaining subjects in each cohort enrol and randomise
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= Pre-specified Subgroup Analyses by cohort

SAE: Serious Adverse Events.

= Dally injections of vosoritide were well tolerated with no treatment limiting adverse
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*Not all race categories are presented here.

TEAE: Treatment Emergent Adverse Event; SOC: System Organ Class
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