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How Does Pegtibatinase Work? The Metabolic Sink
Hypothesis*

COMPOSE is a clinical trial (first study in humans)
to evaluate the safety and drug effects of
pegtibatinase in patients with classical HCU

Classical HCU is a slowly
progressive genetic
disease!

High levels of homocysteine Even with treatment, many

« We hypothesize that pegtibatinase can act as a "metabolic sink" and reduce levels of

lead to complications in the patients can’t keep their
homocysteine and methionine in the blood and cells of the body*
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pegtibatinase or placebo)
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18 of 19 patients completed this 12-week treatment period

(one person had to stop the trial for unrelated reasons)
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Health Problems from Classical HCU

Breakdown of
homocysteine
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