Association Between NPC Severity Score Domains and Corresponding Items of the
Performance-based Scale for the Assessment and Rating of Ataxia (SARA)
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Background Results Results (Cont.)

e Niemann-Pick disease type C (NPC), (estimated 1:100,000 live births), presents and Figure 1: Correlation Heat Maps of Absolute Baseline (Month 0) Scores for 5SDNPCCSS Domains and Corresponding SARA Test Items Table 2: Correlations Between SDNPCCSS Domains and Corresponding SARA Test Items
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e The NPC Clinical Severity Scale (NPCCSS), a disease-specific, clinician-reported outcome 5 . : Coefficient Coefficient
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e 50 children, 2-18 (mean 11.1) years with > one neurological symptom, recruited to NPC-002, - - Fast Alternating Hand Movements 5 20 022 07
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e Applicable 5DNPCCSS domains and corresponding SARA test items are shown in Table 1. The heat maps (Figure 1A-E) generally support the correlations found in Polychoric and Spearman correlation analyses (see Table 2): Conclusions
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correlations (Table 2). Kernel Plots (Figure 2A-C) show comparable score distributions between 5SDNPCCSS domains and corresponding SARA items the two instruments for all analysis methods used.

e Correlation heat maps and kernel plots illustrate score correlations and distributions providing further support for the moderate to strong correlations between the two scales (pooled scores across both treatments and e These results provide further support that the evaluated SDNPCCSS domains are
between the two scales. SIS 0, © el 2], appropriately standardized to allow for reliable and reproducible scoring of disease

e Correlation Heat Maps (Figure 1): Absolute baseline scores for SARA items and Table 2 shows the results of Polychoric and Spearman correlations that demonstrate moderate to strong correlations between severity in NPC patients.
corresponding 5DNPCCSS domains pooled across treatments (arimoclomol and placebo) 5DNPCCSS domains and corresponding SARA test items. R T .
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collected at Months 0, 6, and 12 were normalized by dividing each score with the
maximum possible score per respective scale item/domain. The number of bins was set to
6 to match the discrete 0-5 point range of each 5DNPCCSS domain.

3. Efficacy and safety of arimoclomol in Niemann-Pick disease type C: Results from a double-
blind, randomized, placebo-controlled, multinational phase 2/3 trial of a novel treatment.
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Table 1: Overview of Matched 5DNPCCSS Domains and SARA Test Items 4. Scale for the assessment and rating of ataxia. T. Schmitz-Hubsch et al., Neurology. 2006;

66:1717-1720.
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