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growth factor receptor 3 gene (FGFR3), leading to impaired endochondral bone growth and vosoritide
multiple medical complications!:?

X:X = Vosoritide, a modified recombinant human C-type natriuretic peptide is approved by the European

§ = Achondroplasia (ACH) is a rare skeletal dysplasia caused by a pathogenic variant in the fibroblast SQ = Acorn is the first treatment-based registry for ACH that monitors real-world, long-term use of

=T] = Here we describe the methodology, objectives, and preliminary data from the Acorn study
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Medicines Agency (EMA) for treating ACH in children aged =4 months with a genetically confirmed
diagnosis until closure of epiphyses?

Methods

Study design

SQ = Acorn (European post-authorization study registration, EUPAS47514) is a real-world, observational, prospective, multicentre, non-interventional, post-authorization, category 3 safety study (Figure 1)
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Cl: confidence interval: EAP, expanded access program. ACH, achondroplasia; ADR, adverse drug reaction; SAE, serious adverse event.
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= Expansion of the indication to 24 months will now allow enrolment of younger participants

= \osoritide treatment is well tolerated, with no reported discontinuations or interruptions to date
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