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GM1 Cohort Demographics

Geographic Distribution (N)

Current Age
(Years)
Participants N Female (%) Male (%)
0-2
Consented . . 3-5
with Records 28 8 (28.6%) 20 (71.4%) B 610
West 11-15
Living 19 8 (42.1%) 1(57.9%) Midwest W 16
n=3 in Canada n=28
created using MapChart.net
L]
GM1 Cohort Medical Records
Document Statistics Median (Min—-Max) Total Common Document Types
Medical Facilities Listed 4 (1-15) 96 L\ % Patients with
— 2] Document
Clinical Documents Available 935 (19-1634) 4313 Neurology 1 ; 821% @
Years of Data 10.1 (0.8-45.5) 205 :
Genetics = E 71.4% @
Record Recency Participants with o
% 2020 Pre-Dx Records Available —

2018 or earlier

—T—T
. 68% | 2019 0 10 20 30 40
# of Documents per Participant

61%

GM1 Symptoms and Diagnosis

Age at Symptom Onset Participant Age Common Symptoms
(Years)
Symptom =
Onset HO— median=13 Hypotonia
< Diagnosis H_]_ ——————— median=35
43% 129 I : : : : | Seizures
0 5 10 15 20 25 Swallowing |
33% | =3 Years Difﬁcultiegs :l
symptom onset n=2I; diagnosis n=28 Kyphosis - :l
n=21 Scoliosis -:|
DNA Variant Types Excessive

GM1 Subtype 5% ypP Drooling :l

5% — Choking J
1% Episode% :l
Typel Missense Astigmatism =
43% Type 2 75% of participants u if ° :l
. ) had genetic testing Frameshift )
46% | Pnoetd’:i)::%slergct:g]r q results available. Intronic/Splicing Blindnessq4___|
T T 11T [T T T1TT1]
0 50 100
n=28 n=42 variants from 21 participants % of Participants
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GM1 Management

Procedures by Specialty Common Procedures
., 4% 3%
Healthcare Patients Median 5% Feeding Tube-Related-
Encounters (N) (Min-Max)
Swallow Study -
ER Visits 1 3 (1-18)
Ei%é/is-it - 18 4 (]_]2) Gastric Reflux—Related -
pitalization
Hospitalizations 18 2 (1-4) n=158 sotox nection { ]
_ Ear, Nose, Throat (ENT) Other ; |
Procedures 26 4 (] 34) Neurology General Surgery Spinal Tap :I
[ Gastroenterology Dental
: 0 50 100
[l Ophthalmology Orthopedics % of Participants
n=26 participants
GM1 Patient Journey Overview
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Diagnosis
1 1 1 1 1 1
20 10 0 10 20 30
Pre-Diagnosis Years of Records » Post-Diagnosis
= symptom onset (when available), — = pre-diagnosis records, — = post-diagnosis records.

Additional data may be abstracted from the medical records according to the goals of each study.



