
Improving the 
Lives of Patients 

with Liver 
Diseases 

Seladelpar RESPONSE Phase 3 PBC Study
Topline Results

September 7 | 2023

| Improving the Lives of Patients with Liver Diseases  • 
Confidential



1

Safe Harbor Statement

This presentation contains "forward-looking" statements that involve risks, uncertainties and assumptions, and actual 
results may differ substantially from those projected or expected in the forward-looking statements.  Forward-looking 
statements include, but are not limited to: any statements about future development, clinical or regulatory events; any 
statements concerning CymaBay's plans, strategies or objectives; and any other statements of expectation or belief 
regarding future events. These statements are based on estimates and information available to CymaBay at the time of this 
presentation and are not guarantees of future performance. Actual results could differ materially from CymaBay's current 
expectations as a result of many factors including, but not limited to: unexpected delays or results in clinical trials; 
uncertainties regarding obtaining regulatory approvals; uncertainties regarding market acceptance of any products for 
which CymaBay is able to obtain regulatory approval; the effects of competition; and other market and general economic 
conditions. Additional risks relating to CymaBay are contained in CymaBay’s filings with the SEC, including without 
limitation its most recent Quarterly Report on form 10-Q, Annual Report on form 10-K and other documents subsequently 
filed or furnished to the SEC, especially under the caption “Risk Factors,” which are available on the SEC web site at 
http://www.sec.gov, for a fuller discussion of these and other risks relating to an investment in CymaBay’s common 
stock. CymaBay assumes no obligation for and does not intend to update these forward-looking statements, except as 
required by law.
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RESPONSE Phase 3 Pivotal Study in Patients with PBC
Placebo-Controlled, Double-Blind 52-week Study Design

n=193

Seladelpar 10mg 

Placebo

(n=128)

(n=65)

Day 1 Week 52

Primary Outcome: • Composite responder rate (ALP < 1.67 x ULN, ≥ 15% decrease in ALP, total bilirubin ≤ ULN)

Secondary Outcomes: • Proportion of patients with ALP ≤ 1.0 x ULN at 12 months
• Change from baseline in pruritus in patients with baseline Numerical Rating Scale (NRS) ≥ 4 using e-diary at 6 months

Long-Term 
Safety StudyLong-Term 

Safety Study
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Mean (SD) unless noted as n (%).

Demographic and Baseline Characteristics
ITT Population

Placebo                          
(n=65)

Seladelpar 10 mg 
(n=128)

Female, n (%) 60 (92.3) 123 (96.1)

Age, years 57.0 (9.17) 56.6 (9.99)

Pruritus NRS ≥ 4, n (%) 23 (35.4) 49 (38.3)

UDCA Intolerant, n (%) 4 (6.2) 8 (6.3)

ALP ULN: 116 U/L 313.8 (117.68) 314.6 (122.96)

Total bilirubin ULN: 1.1 mg/dL 0.74 (0.31) 0.77 (0.31)
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P value by Cochran-Mantel-Haenszel (CMH) test.

Composite Responder Rate at Month 12
ALP < 1.67 x ULN, ALP ≥ 15% Decrease and Total Bilirubin ≤ ULN

6 out of 10 patients on seladelpar
achieved the primary composite endpoint

Placebo Seladelpar 10 mg
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ALP % Change over 12 Months
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P<0.0001 at all timepoints
LS Mean and P values by Mixed-Effect Model Repeated Measure (MMRM) model.
 

Decrease in ALP is about 10-fold greater in the 
seladelpar group than placebo at Month 12
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P value by CMH test. 

Normalization Rate of ALP at Month 12
ALP ≤ ULN

1 out of 4 patients on seladelpar
normalized ALP

Placebo Seladelpar 10 mg
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Improvement in Pruritus NRS at Month 6
Patients with Baseline NRS ≥ 4*

*The mean baseline NRS was 6.3 for all patients having a baseline NRS ≥ 4
LS Mean and P values by MMRM model. 

Patients with moderate-to-severe pruritus treated with 
seladelpar decreased pruritus NRS by an average of 3.2 points

Placebo Seladelpar 10 mg

-4

-3

-2

-1

0

LS
 M

ea
n 

(S
E)

 C
ha

ng
e

fr
om

 B
as

el
in

e 
in

 N
RS

  -1.7

-3.2

 (n= 23)               (n= 49)

P<0.005



8

RESPONSE Efficacy and Safety Summary

• 61.7% of patients achieved primary composite endpoint in the seladelpar group
• Seladelpar normalized ALP in 25.0% of patients
• Patients with moderate-to-severe pruritus treated with seladelpar had a statistically significant reduction 

in pruritus versus those on placebo
• Safety and tolerability were comparable between placebo and seladelpar groups and consistent with 

previous studies
– Treatment-emergent adverse events, serious adverse events and patient discontinuations were generally balanced across 

the treatment and placebo arms
– There were no treatment-related serious adverse events in the study
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