Epidemiology and therapeutic outcomes of patients with Spinal Muscular Atrophy
results from a 12-year real-world study based on the French National Healthcare database (SNDS)
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Background Results Patients identified with SMA in the SNDS
: : : : between 2011 and 2022 - N =1,472

Spinal Muscular Atrophy (SMA) is a genetic disease Study population | - —

affecting the central nervous system, peripheral nervous IEREITIE SIS Lillin) Sl

N =703 - 0.11/ 100,000
system, and voluntary muscle movement. .

In the past years, 3 innovative therapies have been SMA1* SMA2* SMA3*

launched in France, improving the management of N = 377 patients (53.6%) N = 130 patients (18.5%) N = 196 patients (27.9%)
patients with SMA: nusinersen with an access via 0.05/100,000' 0.02 /100,000’ 0.04 /100,000’
nominative early access program since mid-2016, e N r N Ve N
onasemnogene abeparvovec since 2019 and risdiplam 116 treated 261 untreated 107 treated 23 untreated 107 treated 89 untreated
since 2020 patients patients (69.2%) patients patients (17,7%) patients patients (45.4%)

Characteristics of the study population

Objective (incident patients) m m m

In the context of these dramatic changes to the SMA . _ . 4.0 months 18.0 months 159.0 months
_ ' _ Median age (Q1;Q3) at index date . (14.0: 22.0) (71.5: 232.5)
treatment landscape, this study was designed to provide (2.0: 6.0) Ui 22 2 29
real-world data regarding the epidemiology, the % female Q 46.2% 55.4% 48.0%
management of therapeutic options, the healthcare — —— —
pathways, the impact on overall survival, and the costs . . 0.2 year 2.3 years 6.0 years
_ . . _ Median follow-up time (Q1;Q3 , . .
(not included in this presentation). PR : (0.1:0.4) (0.2:9.5) (2.2;10.3)
: _ 1.1 year 6.1 years 18.7 years
Median age (Q1;Q3) at end of follow-up? % (0.2:2.4) (3.4: 8.5) (11.2: 27.4)

Methods

Data sources Overall survival (Kaplan Meier) for patients affiliated to the General Scheme

about 75% of the French population

SNDS Probability of survival m Probability of survival m Probability of survival m

Treated

Not treated

1.0 - 1.0 == C 1.0 = G T —— ]
100%° )
| D_ClR | PMS| 0.8- 0.8+ —L / 0.8+
Outpatient reimbursement data Hospital reimbursement data 91%° . : 99%°
0.6 - 0.6 - 0.6 - ;
93%
o T 0.4- 0.4- 0.4-
The SNDS covers about 99% of the population living in France
0.2- 10,3 0.2- 70073 0.2-
Study population and period 00l ' ' | Y R R R ciaannt e _ _
0 6 12 18 24 0 6 12 18 24 0 6 12 18 24
Time (in month) Time (in month) Time (in month)
Index date : first hospital stay or Long Term Disease At-risk population
status (ALD) or innovative drug initiation 108 95 85 79 74 96 93 84 81 76 110 107 71 57 46
I l I > 216 38 0 20 16 13 12 11 77 77 65 62 58
01/01/2011 31/12/2022
Patients were included and followed up over 12 years. Graphical representation of the most common healthcare pathways observed

The size of each node and edge is proportional to the number of patients.

SMA1 * Treated \ Nusinersen Risdiplam Risdiplam
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(G12.0* or G12.1*) OR (G12.8* or G12.9* with at least Deces \
one administration of one of the 3 innovative therapies) Rusthersen, Doath
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SMA2 e/ \ _ Death

\ \ o
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and 12 < age < 27 months at index date ot treated

SMA3* /) E”d* y Death
I e . ‘ O of FU
With at least one administration of one of the 3 o ’
innovative therapies AND not treated by riluzole (used Inclusion r Dealh ° .
ly for amyotrophic lateral sclerosis \ e
G12.0* AND — 24 years old at index date of FU* ofFu
@ Nusinersen @ Risdiplam ap ;)g]::aerr\r/]g\(/)egcene ggir:\cgl)ziiigcery @ \obility support @D ICU E(;sgg;;izations I;Itosgri;aelization
#ICD-10 codes were searched in hospitalizations and Long Term Diseases . | |
: - Nutritional Treatment Respiratory Respiratory : End of follow-up
dlagnoses @ Falliative care support discontinuation complication support Inclusion *FU = follow-up @ Death

G12.0 Infantile spinal muscular atrophy, type I; G12.1 Other inherited spinal n . . .
muscular atrophy: G12.8 Other spinal muscular atrophies and related Percentage of patients presenting the events of interest at least once during the follow-up

syndromes; G12.9 Spinal muscular atrophy, unspecified m m m

4 N\ [ ) 4 N\ [ ) 4 N [ )

Statistical analysis N=116 N = 261 N =107 N =23 N =107 N =389
_ _ _ o . Hospitalizations > 7 day 70% G 30% Gl 52% Gl 43% Gl 21% @l 44% Gl
Epidemiological indicators were standardized based on Respiratory complication ~ |91% CEEEEEEE ||s0° G 45% QR 61% Q. 20% @B 26% G
age/sex of the general French population. Hospitalization in ICU 15% G 1% @ 22% G 30% G 20% @R 33% G
In addition to descriptive analyses, process mining Mobility support so G || 14 @ 917 G |30 G 64% G 72%
methods were used to describe healthcare pathways. Respiratory support 539 G 17% @ 26% Gl 35% G 15% @ 35% G
Nutritional support 41% N 36% (N 10% @ 39% G 8% ¢ 24% @
g Orthopaedic/spinal surgery 7% ¢ 0% 21% @ 4% ( 14% @ 26% Gl
Conclusion ——
Hospitalization at home 17% @ 27% Gl 3% ( 13% @ 4% ( 4% (
This real-world study using the SNDS confirms that SMA . 19% @ 637 CEEEEN 29 | 17% @ 1% 6% (
theraples meanlnng”y Increased the SUvaaI Of SMA L Treated L Not treated y L Treated L Not treated ) L Treated JL Not treated
patients, particularly in the most severe patients.
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