UPDATE ON THE ASSESSMENT OF
FOSDENOPTERIN FOR TREATING
MOLYBDENUM COFACTOR DEFICIENCY
TYPE A (SEPTEMBER 2024)

On 19 September 2024, NICE published an update on their evaluation of fosdenopterin
for people living with Molybdenum Cofactor Deficiency (MoCD) Type A. Unfortunately,
NICE does not recommend fosdenopterin for treating MoCD Type A currently.
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While NICE acknowledges that the clinical trial evidence for fosdenopterin suggests
that it increases the time before people are unable to eat and how long they live
compared with standard care; they have expressed that these results have a high level
of uncertainty due to the small number of people in the trial and the trial not using
comparator arm (a group of participants receiving the currently most often treatment)
for comparison.

Due to these and other uncertainties, as well as the cost-effectiveness estimates being
higher than what NICE normally considers an acceptable use of NHS resources for
highly specialised technologies, NICE does not recommend fosdenopterin.

To address these uncertainties, NICE has opened a three-week consultation process on
their draft recommendation. This consultation allows us, and others, to gather and
submit further data from the MoCD Type A community around the world to address
NICE’s concerns.

~ Take part in our MoCD type A community survey (click
here)

“~__=> Submit your views to NICE (click here)

\_? Pass it along: please encourage others to complete
the survey and submit their views
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https://forms.gle/dJzsA5EHV8aaG6Ww9
https://forms.gle/dJzsA5EHV8aaG6Ww9
https://www.nice.org.uk/consultations/2733/1/recommendations

