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Results: Growth

Background

TransCon hGH is a long-acting prodrug of recombinant human At 6 months (Figure 2B), mean annualized height velocities
Growth Hormone (hGH) that releases fully active unmodified among the three dosing levels administered weekly ranged from
hGH into the blood compartment. TransCon hGH was shown in 11.9 cm for the 0.14 mg/kg/week dose to 14.5 cm for the 0.30
two Phase 1 studies Iin Healthy Volunteers and a Phase 2 study mg/kg/week dose, which were comparable to 11.5 cm for the
In adults with GH Deficiency (AGHD) to: active comparator, daily injections of Genotropin® at a 0.21 mg/

1) Be safe and well tolerated, kg/week dose.

2) Produce dose dependent, predictable levels of growth A B

hormone,
3) Be suitable for a once-weekly dosing regimen, '*'“'“

4) Provide a pharmacokinetic (PK) hGH and IGF-I
pharmacodynamic (PD) response comparable to daily

hGH throughout the dosing period.
This Interim analysis consists of 25 patients (approximately

Annualized HV [cm]

Annualized HY [cm]

ﬂllt

20 % of the total enroliment in the study) completing all six m&“ﬁ“‘?mﬂ‘f mc:,umm ﬁﬁmﬁ“ﬂf e T ok e Ve o foee | Taion st e
months of treatl_'nent, and_ demonstrates that 'I_'ransCon hGH has Fiaure 2: Mean annualized Height Velocity at 3 months (A) and 6 months (8)
a safety and efficacy profile comparable to daily hGH. c o
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Figure 1: The TransCon hGH prodrug consists of hGH transiently bound to a polyethylene glycol carrier
molecule via a TransCon linker. The released hGH is unmodifed, and designed to maintain the same mode Figure 3: Mean change in HT SDS from baseline to 3 months (C) and 6 months (D)

of action and distribution in the body as daily hGH.

Objectives Results: PK/PD

The objective of this study is to investigate Maximum hGH blood concentration is comparable between
1) Safety and Tolerabillity, equivalent weekly doses of TransCon Growth Hormone and
2) Pharmacokinetics and Pharmacodynamics daily hGH (Figure 4); and a dose-proportional increase in IGF-I
3) Efficacy of TransCon hGH levels (SDS) into the normal range (Figure 5) was observed
In children with Growth Hormone Deficiency. following dosing of the three TransCon Growth Hormone dose

TransCon hGH (0,21 mg ke wk) TransCon hGH (121 mg/ kg wik)
sl Genotropin (0.21 mgf kg! wk) 2 1 sl TransCon hGH (0,14 mg/ kg wik)

: levels.
Design and Methods ) 3 L
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Pre-pubertal, treatment naive GHD children received s.c.
Injections of one of three once-weekly TransCon hGH doses
(0.14, 0.21 and 0.30 mg hGH/kg/week) or daily hGH :
(Genotropin®; 0.03 mg hGH/kg/day = 0.21 mg/kg/week) over a | N \
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six-month treatment period, In a randomized, comparator-
controlled dose response Phase 2 study. Patient GHD
diagnoses were established In accordance with international | | | o
] ] . . Figure 4: hGH levels for TransCon hGH (0.21 mg rhGH/kg/week) Figure 5: Dose proportional IGF-l SDS elevation into the
consensus gmdehnesj based on aux0|ogy (he|ght & he|ght and daily hGH (0.21 mg rhGH/kg/week) Normal range following dosing of the three TransCon
. . ] . Growth Hormone dose levels
velocity), GH stimulation tests & IGF-l. Children Small for

Gestational Age (SGA) were excluded.
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Conclusion

Demographics

0.14 mg/ 0.21 m/ 0.30 ma/ 0.03 mg/ To date, TransCon hGH has demonstrated efficacy and safety
Mean+SD SRR e e he N comparable to that observed with daily hGH. Injection site
TransCon hGH TransCon hGH TransCon hGH Genotropin

# Subjects 25 6 6 7 6 reactions have generally been mild and similar to what Is
Age (Screening; years) 7.39 (2.25) 7.62 (2.51) 7.29 (2.29) 7.08 (2.68) 7.61 (1.94) : : .. : : :

eiaht SDS B ) E— expected with daily hG H_ Injections, with no nodule formation or

GH stimulation Tes 150(201)  438(303)  554(262)  334(257) 495 (362) Ilpoatrophy_ noted. Thle Transtn hGI—I_ Phase 2 study

el DS . conducted In a pediatric population confirms the excellent

safety and efficacy profile observed in previous clinical trials.
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