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Introduction

 Alagille syndrome (ALGS) and progressive familial intrahepatic cholestasis (PFIC) are rare cholestatic liver diseases
associated with severe pruritus along with markedly reduced health-related quality of life (HRQoL).12

— Pruritus can lead to self-mutilation, scarring, sleep disturbances, disruption of school activities, decreased school

Results

Table 1. Key Baseline Demographics and Characteristics
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Reductions in ItchRO(Obs) Scores After Maralixibat Treatment Are Directly

Correlated With Improvements in QolL
Figure 1. Correlation of ItchRO(Obs) With (A) PedsQL Total Score and (B) PSH Score
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* Pruritus and HRQoL data from the ICONIC and MARCH trials were retrospectively analyzed.

* Pruritus was assessed using the validated Itch-Reported Outcome (Observer) (ItchRO[Obs]) scale, which is
a 0 to 4 scale, where 0 = no itch, 1 = mild, 2 = moderate, 3 = severe, and 4 = very severe.? A >1-point reduction in
ltchRO(Obs) is considered clinically meaningful.

Table 2. Correlations Between ItchRO(Obs) and HRQoL Measures?
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3pedsQL and PSH CFB were assessed at Week 18 for ICONIC and were the average CFB of Weeks 18, 22, and 26 for MARCH. °ItchRO(Obs) CFB was based on weekly morning average CFB at Week 18 for ICONIC trial or monthly morning

average CFB of Weeks 15-18, 19-22, and 23-26 for MARCH trial.

Conclusions
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— In ICONIC, average change from Baseline (CFB) in ItchRO(Obs) and HRQoL scores were assessed from Baseline to
Week 18 (open-label period).

— In MARCH, average CFB in ItchRO(Obs) and HRQoL scores were assessed from Baseline to Weeks 18-26.
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0.81 (0.0014)

0.88 (0.0039)

0.88 (<0.0001) 0.96 (<0.0001)

aCorrelations are based on non-missing assessments among the overall populations in ICONIC and MARCH. PData are Spearman correlation coefficient (P value). The ICONIC study did not measure sleep quality. In MARCH, a subset of questions from the EDQ focused

on sleep disturbance were assessed for their relationship to pruritus improvement.
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* These results illustrate that the impact of maralixibat on pruritus and HRQoL is robust across
different cholestatic liver diseases.
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