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CyNCh 
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PRIMARY OUTCOME 

The proportion of children with histologic improvement in 
NAFLD between the baseline liver biopsy and follow-up 
biopsy after 52 weeks of treatment, where improvement was 
defined as:  

1. decrease in NAS of 2 points or more and  

2. no worsening of fibrosis.  

Schwimmer JB et al. Gastroenterology (IN PRESS) 2016 
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HISTOLOGIC ENTRY CRITERIA 

• NAS ≥ 4 
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WEIGHT BASED DOSING STRATA 

Weight Dose 

≤ 65 kg 300 mg BID 

>65 to 80 kg 375 mg BID 

> 80 kg 450 mg BID 

Schwimmer JB et al. Gastroenterology (IN PRESS) 2016 
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CYSTEAMINE BITARTRATE DID NOT 
IMPROVE NAFLD ACTIVITY SCORE  

Schwimmer JB et al. Gastroenterology (IN PRESS) 2016 



CYSTEAMINE BITARTRATE IMPROVED 
ALT AND AST 

Schwimmer JB et al. Gastroenterology (IN PRESS) 2016 

Cysteamine Bitartrate Placebo 

P < 0.01 P < 0.001 



Schwimmer JB et al. Gastroenterology (IN PRESS) 2016 

P < 0.01 



CHILDREN < 65 KG RECEIVED 
SIGNIFICANTLY HIGHER DOSE (MG/KG) 

Schwimmer JB et al. Gastroenterology (IN PRESS) 2016 

P < 0.0001 



HISTOLOGIC IMPROVEMENT BY  
DOSE (MG/KG)TERTILES 

Schwimmer JB et al. Gastroenterology (IN PRESS) 2016 



WEIGHT BASED DOSING STRATA 

Weight Dose Capsules per  
day 

≤ 65 kg 300 mg BID 8 

>65 to 80 kg 375 mg BID 10 

> 80 kg 450 mg BID 12 

Schwimmer JB et al. Gastroenterology (IN PRESS) 2016 



WEIGHT GAIN 

• Lifestyle counseling c/w AAP Guidelines 

• Mean weight gain = 7.1 kg 

• 1.3 pounds per month 

Schwimmer JB et al. Gastroenterology (IN PRESS) 2016 



HISTOLOGIC IMPROVEMENT BY  
AGE 

Schwimmer JB et al. Gastroenterology (IN PRESS) 2016 



CYSTEAMINE BITARTRATE DID 
NOT IMPROVE NAFLD ACTIVITY 

SCORE  

Schwimmer JB et al. Gastroenterology (IN PRESS) 2016 

IMPROVEMENT IN  
TYPE 2 OR BORDERLINE PORTAL NASH  

WITH CYSTEAMINE BITARTRATE 
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