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centralized, research-ready community. Here, we
provide an initial characterization of the registry to
advance understanding of the global GM1 population
and support future research and care strategies.

METHODS

The Cure GM1 Patient Insights Network is a web-
based platform collecting demographic, genotypic,
phenotypic (motor, language, eating, visual,
breathing), care, and pharmacological data
longitudinally from caregivers to GM1 gangliosidosis
via IRB-approved surveys and online informed
consent. Categorical comparisons used chi-square or
Fisher's exact tests; proportions were assessed by Z-
test. Survey data were collected from June 2019 to
July 2025.

RESULTS

« Of 174 participants, data for 165 (study
population) were included in this study. [FIGURE 1]

« Majority GM1 type 1 Infantile (87, 53%), female
(89/163, 55%), white (113/139, 81%), delayed
diagnosis (74% (52/70). [TABLE 1]

» Country of Residence: 36 countries across six
continents, with highest representation from the
US (55) and Brazil (22). [FIGURE 2] il
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between the US and rest of world (ROW) [FIGURE
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