
Update on the assessment
of pegzilarginase for
treating arginase-1
deficiency (June 2025)

YOUR CALL TO ACTION
Submit your experiences to NICE (click here)
In your response, focus on: the impact of ARG1d on move-
ment and thinking skills and, if applicable, your experience
with pegzilarginase (incl. disease progression, body weight
and hyperammonaemia)

Pass it along: please encourage others to submit 
their views

On 26 June 2025, NICE (the organisation that advises which medicines
should be offered on the NHS) shared an update on their review of
pegzilarginase for people with arginase-1 deficiency (ARG1d).

At this stage, NICE is not recommending pegzilarginase as a treatment for
ARG1d. While this is similar to the draft recommendation made in
September 2024, it is important to know that this recommendation is not
final.

NICE agrees that pegzilarginase helps lower the amount of arginine in the
blood compared to a placebo (a dummy treatment), but they are still
unsure about the longer-term benefits, especially how it affects things like
movement and thinking skills.

Because of these ongoing questions, NICE is unsure whether the treatment
provides good value for money for the NHS. To help work through these
concerns, NICE has opened a three-week consultation. This means that
we, you and others, can share more evidence to help inform their final
decision.
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