
In our last update in January 2025, we informed you about the upcoming
assessment of triheptanoin, also known as Dojolvi ® or C7, for treating
long-chain fatty acid oxidation disorders (LC-FAODs), in England and
Wales. In this update we would like to share what has happened since
January, as well as reiterate our ask for your contribution in preparing for
the upcoming assessment.
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Early Access to Triheptanoin (UK)
The Medicines & Healthcare products Regulatory Agency (MHRA),
an executive agency of the Department of Health and Social Care
which is responsible for ensuring that medicines work and are
acceptably safe, has published a positive opinion to make
triheptanoin available to the LC-FAOD community in the UK, ahead
of the NICE assessment.

The MHRA can provide early availability to promising new
unlicensed medicines to UK patients that have a high unmet need.
Triheptanoin has fulfilled MHRA’s criteria and will therefore be
made available.

To read more about the positive opinion, please click here.

Please note that Ultragenyx has to activate the scheme, after which
your clinician can apply for access. It is expected that this will take
a few months. We will share an update once we have a more
concrete timeline.

https://www.gov.uk/government/publications/triheptanoin-in-the-treatment-of-long-chain-fatty-acid-oxidation-disorders-lc-faod
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To help us prepare for the assessments, and to best represent you
and your experiences, we would like to ask you to:

What can you do now?

Complete our LC-FAOD questionnaire about your
experience of living with or caring for someone with an
LC-FAOD and your thoughts around triheptanoin
(Dojolvi ®, C7). Click here for the questionnaire.

Share your story with us. This can be shared either
privately and will be kept anonymous by us, or for
publication on our website. To read examples of stories
please click here.

NICE (England, Wales, Northern
Ireland)

We have understood that the assessment of triheptanoin (Dojolvi®,
C7) has been delayed. A new date announcing when the
assessment will begin has yet to be announced. Once a new date
has been set, we will share this with you. 

SMC (Scotland)
SMC has not yet announced that they are considering triheptanoin
for an assessment. Once this changes, we will let you know.
Contributing to our survey will help us represent you once SMC
assesses triheptanoin, see below for more details.

https://forms.gle/gSmTRBrAWBBTcFwp8
https://metabolicsupportuk.org/support-information/your-stories/

