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Introduction
	▪ Hypochondroplasia is a rare genetic skeletal dysplasia caused by constitutive 
activation of the fibroblast growth factor receptor 3 (FGFR3) protein, a negative 
regulator of endochondral bone growth1

	▪ While there are no approved targeted treatments for hypochondroplasia to date, 
vosoritide, a C-type natriuretic peptide analog, increased growth velocity in children 
aged ≥3 years with hypochondroplasia in a phase 1/2 trial (NCT04219007)1

	▪ Vosoritide is approved globally for children with achondroplasia, another FGFR3-
mediated skeletal dysplasia, beginning at birth and continuing until epiphyseal closure1,2

	▪ In the phase 2 CANOPY ACH-2I trial (111-206; NCT03583697), vosoritide improved 
growth in children with achondroplasia aged <5 years, including many <3 years, 
showing the potential of early treatment to maximize growth and clinical benefit for 
children with hypochondroplasia2-4

	▪ Altogether, prior clinical trial results support the assessment of vosoritide in young 
children with hypochondroplasia

Objective
	▪ CANOPY HCH-2I (111-212, NCT07126262) is a randomized, 
double-blind, placebo-controlled, phase 2 clinical trial that aims to 
evaluate the safety and efficacy of vosoritide in infants and children 
aged <3 years with hypochondroplasia

Participants

To be eligible, participants must have a height Z-score below 
average-stature references of the same sex and age, as calculated using 
the Centers for Disease Control and Prevention growth charts (2000)
▪  Participants aged 0 to <1 year: Z-score ≤ −1.0 standard deviation 

score (SDS) 
▪  Participants aged ≥1 to <3 years: Z-score ≤ −2.0 SDS 

A planned total of 60 participants aged <3 years with genetically 
diagnosed hypochondroplasia will be recruited
▪  Hypochondroplasia-associated FGFR3 pathogenic variant confirmed 

via whole genome sequencing

Participant weight on the first visit before treatment must be ≥3 kg

Study sites
	▪ CANOPY HCH-2I is recruiting from sites in the USA, 
Australia, France, Germany, Italy, Japan, and the UK
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First participant randomized
August 19, 2025

First site activated
July 30, 2025 

First participant enrolled
August 4, 2025
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Figure 1. Study design
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Until participants are at least: 
• 16 years of age (female)
• 18 years of age (male)
With evidence of growth 
plate closure via X-ray per 
standard of cared

Radiographs of lower extremities and the spine will be taken at baseline and week 52. 
aA minimum of 4 participants are planned to be enrolled in the 0 to <0.5 years age group and at least 6 participants per group in the ≥0.5 to <2 years and ≥2 to <3 years age groups. 
bThe vosoritide dose will be based on the participant’s weight and will follow the weight-band dosing regimen approved for achondroplasia. Vosoritide will be administered as a once-daily subcutaneous injection.
cFollowing the 52-week treatment period, participants will undergo a 2-week safety follow-up visit, except for participants entering the CANOPY HCH-EXT study within 2 weeks of their last dose.
dDefinition of near-final adult height.

Conclusions
	▪ The CANOPY HCH-2I results will complement data from children with hypochondroplasia aged ≥3 years 
receiving vosoritide in ongoing phase 1/2 and phase 3 CANOPY HCH-3 (111-303, NCT06455059) trials

	▪ Initiating vosoritide treatment in infancy or early childhood may provide clinical benefit and better outcomes for 
children with hypochondroplasia
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Table 1. Primary and secondary endpoints
Endpoints assessed for vosoritide vs placebo Time

Primary

Safety, as measured by 
•	 TEAEs
•	 Serious AEs

•	 Standard clinical laboratory values
•	 Vital signs

Throughout

Height Z-score Change from baseline to week 52

Secondary

Height Change from baseline to week 52
Cumulative AGV At week 52
6-month interval AGV At weeks 26 and 52
Upper-to-lower body segment ratio Change from baseline to week 52
Arm span Change from baseline to week 52
Bone quality as measured by DXA:

•	 Total body (less head) BMD Z-score
•	 Lumbar spine BMD Z-score 

•	 Total body (less head) BMC
•	 Lumbar spine BMC

Change from baseline to week 52

PK parameters At prespecified time points
PD biomarkers At prespecified time points
Incidence of otitis media Throughout
Seizure frequency Throughout

AE, adverse event; AGV, annualized growth velocity; BMC, bone mineral content; BMD, bone mineral density; DXA, dual-energy X-ray absorptiometry; PD, pharmacodynamic; PK, pharmacokinetic; TEAE, treatment-emergent AE.

	▪ At study end, participants have the option to enroll in an extension study (CANOPY HCH‑EXT [111-308, NCT07073014]) assessing long-term safety and 
efficacy, which is currently underway with participants who enrolled from CANOPY HCH-3 (111-303) 

Study design
	▪ Participants will be enrolled and randomized 1:1 to 
receive daily subcutaneous injections of vosoritide or 
placebo over 52 weeks (Figure 1) and assessed for 
several primary and secondary endpoints (Table 1)

	– Vosoritide dosing will follow a weight-band regimen

	– Randomization will be 
stratified across 3 age groups:

	– 0 to <6 months (n ≥4)
	– ≥6 to <24 months (n ≥6)
	– ≥24 to <36 months (n ≥6)
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