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Passage Bio is a clinical-stage genetic medicines company focused on developing transformative therapies 
for central nervous system (CNS) disorders. Passage Bio’s vision is to fulfill the promise of gene therapy by 
delivering treatments for previously incurable diseases.

GM1 Gangliosidosis Clinical Development

Program Update

Glycogen storage disease went from a disorder where most children required liver transplants to 
one where children and adults are doing well with treatment or gene therapy. I am pleased to now 
devote my efforts to children with GM1 gangliosidosis since all children deserve to be healthy.

“
”

Get to know a GM1 gangliosidosis team member
David Weinstein, MD, MMSc is Senior Vice President of Clinical Development for Passage Bio.  
He serves as the medical lead for the GM1 gangliosidosis and metachromatic leukodystrophy gene 
therapy clinical programs. Prior to joining the industry, Dr Weinstein spent the last 3 decades in 
the academic world predominantly serving the Glycogen Storage Disease community. When asked 
why he made the move to work on GM1 gangliosidosis at Passage Bio:

Imagine-1 clinical study locations 
as of May 2022

Recruiting

Not yet recruiting

Passage Bio is currently conducting a Phase 1/2 study for GM1 gangliosidosis, 
referred to as Imagine-1
This is a study of PBGM01, a gene therapy for Early Onset Infantile (Type 1) and Late Onset Infantile  
(Type 2a) GM1 gangliosidosis patients. The Imagine-1 study has a 2-stage design for Early Onset Infantile 
(Type 1) and Late Onset Infantile (Type 2a) patients. The goal of this study is to review the safety and 
effectiveness of the treatment for GM1 gangliosidosis.

You do not need to reside in one of these locations to be eligible  
to participate.



GROUP 3
(2 patients)
AGE: Early Onset 
Infantile (Type 1)
DOSE: Low

GROUP 1
(2 patients)
AGE: Late Onset 
Infantile (Type 2a)
DOSE: Low

GROUP 4
(2 patients)
AGE: Early Onset 
Infantile (Type 1)
DOSE: High

GROUP 2
(2 patients)
AGE: Late Onset 
Infantile (Type 2a)
DOSE: High

EXPANSION 
GROUP
(6 patients)
AGE: Late Onset 
Infantile (Type 2a)
DOSE: Selected

EXPANSION 
GROUP
(6 patients)
AGE: Early Onset 
Infantile (Type 1)
DOSE: Selected

The first Late Onset 
Infantile (Type 2a) patient 
was dosed in March of 2021

60 days after the last patient in each group receives the therapy, an independent committee will 
review all available data to determine safety before authorizing enrollment for the next cohort.

Part 1: Optimal dose selection phase

Part 2: Expansion and confirmatory dose phase

Imagine-1 study design
Part 1 of the Imagine-1 study will enroll a total of 4 groups of 2 patients each with low- and high-dose groups 

for Early Onset Infantile (Type 1) and Late Onset Infantile (Type 2a) GM1 gangliosidosis.

For additional information on the Passage Bio Imagine-1 study of PBGM01, please contact 
Passage Bio at patientservices@passagebio.com or have your child’s doctor contact 
medinfo@passagebio.com.
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Meaningful preliminary data
In February 2022, Passage Bio attended the 
18th Annual WORLDSymposium conference 
and shared new clinical data on the 2 patients 
in group 1 who received a low dose of PBGM01. 
Both children showed meaningful developmental 
improvement based on the assessments 
conducted. PBGM01 was well tolerated with no 
serious adverse events reported.

The Imagine-1 study has enrolled 2 patients with 
Late Onset Infantile (Type 2a) GM1 gangliosidosis 
in group 1 receiving the low dose of PBGM01, 2 
patients with Early Onset Infantile (Type 1) GM1 
gangliosidosis in group 3 receiving the low dose of 
PBGM01, and 1 patient with Late Onset Infantile 
(Type 2a) GM1 gangliosidosis receiving the high 
dose of PBGM01.

To learn more about the Passage Bio Imagine-1 study of PBGM01, please visit GM1Study.com.

https://www.passagebio.com/home/default.aspx
https://passagebioclinicaltrials.com/GM1-Gangliosidosis/

