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Objective Conclusions Limitations

Through direct and indirect assessment of preference, pALS indicated a desire for efficacious treatment options that improve physical functioning and survival. pALS showed a willingness .
to trade off attributes like ROA, and flexibility on monitoring requirements if it resulted in greater safety

» Disconnect seen in the DCE results as pALS highly ranked the importance of non-targeted therapy, but the efficacy and safety attribute levels preferred are currently only achievable
through targeted therapies. This disparity is thought to be generated by a desire for the broad ALS community to have access to efficacious therapies, and not only a subset of the
population. High importance may also be impacted by high proportion of the sample likely being genotype-negative and not currently being eligible for targeted therapies

Quantitatively assess which .
treatment attributes are most
important to people living with
amyotrophic lateral sclerosis
(ALS; pALS) in the United
States (US) when making

Multi-model recruitment techniques (patient panels, via treating physician, patient advocacy groups,
and social media outreach) were used to drive recruitment, which might have introduced a sampling
bias (56% responses generated from PAGS)

+ DCE study design and analysis is complex — the number of included treatment attributes was limited
due to sample size and to reduce patient burden

treatment decisions » Results highlight the continued unmet need for more efficacious therapies in ALS, with 69% of pALS reporting a need to leave their current job/school due to their ALS and a high impact of
ALS on quality of life, especially due to difficulty walking, speaking and holding objects + Questions about events in the past may have been subject to recall bias
» These results will allow for the patient’s treatment attribute preferences to be better incorporated into physician/patient treatment decision-making and into further ALS drug development - Data provided by participants were self-reported and not verified by a physician
Introduction Results

* ALS s arare, progressive neurodegenerative disease characterized by damage and loss of both upper and lower motor neurons, which
commonly presents as progressive muscle weakness. The majority of pALS experience death from respiratory failure within the first 3-5 years

FIGURE 2. DCE Output: Mean Relative Attribute Importance — Overall Sample (N=88)

TABLE 3. Respondent Demographics FIGURE 1. Direct Assessment: ALS Treatment Utilization — Overall Sample (N=88)
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+  There are three treatments currently approved for use in ALS (riluzole, edaravone, and sodium phenylbutyrate & taurursodiol) for pALS PALS Characteristics Nt Y : : : . indicating a preference for non-targeted therapies, efficacy and safety attributes
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+ A 30-minute, Institutional Review Board (IRB)-approved, web-enabled questionnaire, including a discrete choice experiment (DCE), was fielded Y 8%
between October 2022 and January 2023 among pALS and caregivers of pALS responding as proxies for patients residing in the US
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available or expected to enter the market by 2026. Some attributes of the treatment profiles were not directly related to trial data and were y Radicava ORS (edaravone oral suspension) 8.0% o
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« Participants were asked to select their most preferred product from each choice set and could select a ‘none’ option if they preferred their current + ALS specialist 52.3% Radicava ORS. Sodium phenylbutyrate & taurursodiol is not included here as regulatory approval was received correlated and testing separately would have resulted in a flawed DCE design
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General Practitioner / primary care physician p p p
domains (walking or self-care, swallowing, communicating, and breathing) in the Revised ALS Functional Rating (ALSFRS-R scale), a higher
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. . o B . . Ability to slow rate of decline of physical function 19.9
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TABLE 2. ALS Discrete Choice Experiment Design Grid
. ’ * Medicare 70.5% Easier to take medication I s |
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