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Nedosiran Clinical Development Program - as of 03 June 2024

Interventional Phase 1 Phase 2 Phase 3

PHYOX1 (Study 101) - Healthy, PH1, PH2'2
Open-label trial in patients with PH1 or PH2 and
placebo-controlled trial in healthy volunteers; single
ascending dose

N=43

PHYOX4 (Study 104) - PH36%7 PHYSOX3 (Study 301) - PH1, PH2,
PH3

Double-blind, randomized controlled trial in patients
with PH3; single dose
N=6

Long-term, multidose, open-label
extension trial open to all patients in
PHYOX2 (Study 201) - PH1, PH234 PHYOX trials and their pediatric
Pivotal, double-blind, randomized-controlled trial in patients with PH1 or siblings

PHYOXS5 (Study 102) PH2; monthly dose Estimated N=75

Single-dose, open-label PK trial in healthy adults with N=35
severe renal impairment

N=34
PHYOXS (Study 203) - PH1, PH2, PH3¥°

Multidose, open-label trial in children with PH aged 0 to 11 years
PHYOX6 (Study 103) Estimated N=25

Single-dose, open-label PK trial in adult Caucasian
and Japanese healthy volunteers

N=36 PHYOX7 (Study 204) - PH18

Multidose, open-label trial in patients (birth to adult) with PH1 and renal
impairment with or without dialysis
Estimated N=28

Patients rolling over: m—— i)

Completed: - Enrolling: -

Expanded Expanded Access Treatment Protocol - PH11°

On-label nedosiran treatment protocol in patients (aged 6 years and older) with PH1 and relatively intact renal function not satisfactorily treated with current SoC
Estimated N = 10

Access

Abbreviations: ESKD=end-stage kidney disease; Uox=urinary oxalate, PH=primary hyperoxaluria, N=number, SoC = standard of care. ¥ = PH3 patient enrollment not open in the US
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