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Introduction

The Evolution of SMA Management. Spinal muscular atrophy (SMA) has transitioned from a progressive, often fatal neurogenetic disorder to a manageable
condition due to the global introduction of disease-modifying therapies (DMTs): Nusinersen, Risdiplam, and Onasemnogene abeparvovec.

The Ukrainian Context. While clinical trials demonstrate the efficacy of these treatments across various ages and types, real-world implementation in
Ukraine faces challenges: reimbursement constraints national funding is currently limited to a single DMT (Risdiplam) and age limits.

Study Objective. Using data from the “Children with SMA” Patient Registry, this study analyzes the 2024-2025 landscape of DMT utilization in Ukraine.
We aim to identify how demographic factors and age at symptom onset determine a patient’s likelihood of receiving life-altering therapy.

* Access Barriers: Other therapies are accessible primarily through humanitarian programs or remains unavailable domestically (Gene therapy).

* The “Age Gap”: Preliminary observations suggest a significant disparity in treatment access between pediatric and adult patient populations.

Methods
Study Design & Data Source
A retrospective, cross-sectional analysis was conducted

Total Registered Population (N = 489)
Initial pool of all genetically confirmed SMA patients in the registry.

based on the “Children with SMA” Ukrainian Patient Exclusions (n =150)

: _ : : Removal of patients with unconfirmed status or
Re.g1stry (as of 2024 2.025.). This registry Serves as the B BRI AT i
primary tool for monitoring the SMA population and
treatment outcomes in Ukraine. Active Study Cohort (N = 339)

Patient Selection (Inclusion Criteria) Final group of active patients used for the 2024-2025 analysis.

Statistical Analysis.Datawereprocessed usingdescriptive

statistics. Cross-tabulation and frequency analysis were

applied to identify correlations between age at onset and — : _—
current treatment coverage. Clinical Variables Therapeutic Variables

Analysis of Age, Sex, SMA Type (5.2,

Evaluation of DMT Type, Delivery
3), and Age at Symptom Onset.

Model, and Treatment Regimens.

Results Patient Demographics
Conclusions

Active Cohort: N = 339 Gender Distribution 1. Reimbursement Dependency: Access to therapy is driven by financial

mechanisms rather than individualized clinical needs.

2.The “Age Gap”: The critically high rate of untreated adult patients
demands an urgent expansion of treatment access criteria.

3. There is a profound disparity in treatment access linked to age at onset.
While pediatric patients (especially SMA Type 1) have high coverage,
61.9% ofadult-onsetpatientsremainuntreated. Thishighlightsasystemic
exclusion of the adult population from current life-saving therapeutic
strategies.

4.Need for Policy Revision: The coexistence of a reimbursement-driven

Represents patients with
genetically confirmed SMA
and updated clinical data.

Clinical Profile & Manifestation

Prevalence by SMA Type Diagnostic & Onset Timing

Type 2

Type 3

diagnosed

Type 2 24.5% e e BN imbalance and significant age-based discrimination necessitates an
SBE°E. urgentrevision of eligibility criteria. Treatment access must be expanded
The DMT Landscape & The “Age Gap” to ensure disease stabilization for all patients, regardless of age or
manifestation type.
i, 5.Real-World Evidence (RWE) Value Data from the “Children withSMA”
_. Therapy 1.6% Reimbursement-Driven : ; - ‘oo :

ﬁ Y e Registry proves to be an essential tool for identifying gaps in healthcare
wrg ¢ st o i delivery. Continuous monitoring is vital to advocate for equitable access
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Combination 44 other therapies rely on and to transition towards a patient-centered clinical approach.

Regimens 4 - humanitarian programs.

Treatment
Population

Summary
242 out of 339 active

KEY MESSAGE
Ukraine has achieved a therapeutic breakthrough for
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patients currently receive Risdiplam y pe - .
pathogenetic therapy (Monotherapy) SMA, but the “age gap” remains a barrier. True success re-
quiresequitable access that prioritizes clinical need over
administrative age limits.
Nusinersen
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