Patient Information Sheet: NAVIGATE Phase 3 Clinical Trial
Overview

Azafaros is initiating the NAVIGATE Phase 3 double blind randomised clinical trial to
evaluate the efficacy of nizubaglustat, an investigational oral medication, in treating
late-infantile and juvenile forms of GM1 and GM2 gangliosidoses, as well as Niemann-
Pick type C disease (NPC).

About Nizubaglustat

Nizubaglustatis a small molecule desighed to cross the blood-brain barrier and to
target the underlying causes of lysosomal diseases. It has a unique dual mode of
action, aiming to reduce the accumulation of substances in the brain. Previous studies
have shown that nizubaglustat is well-tolerated and may impact the progression of
neurological symptoms.

Study Objectives

e Primary Goal: To determine if daily oral administration of nizubaglustat over 18
months is more effective than a placebo, in improving ataxic symptoms in
patients with late-infantile and juvenile forms of GM1, GM2 gangliosidoses, and
NPC.

e Secondary Goals: To assess the drug's impact on other neurological symptoms,
its pharmacokinetics (how the drug is processed in the body),
pharmacodynamics (the drug's effects on the body), and overall safety and
tolerability.

Study Design

e Participants will be randomly assigned (2 on study drug versus one on placebo)
to receive either nizubaglustat or a placebo, taken orally once daily for 18
months.

e The study will involve approximately 35 sites across 15 countries, including
locations in the United States, Europe, Latin America, Australia and India

e Regular assessments will monitor neurological function, drug levels in the body,
and any side effects.

Inclusion Criteria
e 4yearsorolder

e Onset of neurological symptoms btween



o Age 2-15 (for NPC)

¢ having problems with balance or coordination (measured by a score called
SARA between 3 and 30)

e you currently don’t use (a full dose of) miglustat (unless a washout period is
observed), investigational drugs (3-month washout required), or gene therapy (2-
year gap required).

Other medical criteria may apply. A study doctor will explain all details and check
eligibility. The decision to participate in this study is in agreement with patient, care
taker and care/study team.

To Learn More or to Participate?

Visit: https://clinicaltrials.gov/study/NCT07082725 where you can find more info and
study sites or check www.navigate@azafaros.com for more information.

Consultyour clinician and if applicable ask for a referral to one of the study sites
Participation is completely voluntary, and all your questions will be answered before
joining.

This study is conducted according to international research and ethical standards.



