Niemann-Pick Research Foundation
Turning Money into Hope.
The NPRF was set up 2011 by the parents of
William (pictured left with his sister). William
was diagnosed at 9 months old and is now 12
years old. His parents increasingly realized that
there were avenues of research that can be
pursued, often with relatively modest funding.
They set up the NPRF with the sole aim of
raising money to fund research and trials into a
successful therapy into NPC.

About NPC.
Niemann-Pick Type C (“NPC”) is a very rare,
terminal, neurological disease. There are about
80 people with NPC in the UK. It is genetic, so
two carriers of the disease have a 1 in 4 chance
of an NPC pregnancy.
The disease often presents in children.
Symptoms vary across patients but normally
problems with vertical gaze are an early sign.
NPC is a form of dementia and these
neurological symptoms become worse as the
disease develops. NPC patients suffer with
weak gross and fine motor skills and muscle
tone and can have epileptic attacks. Clumsiness
and slurred speech are also symptoms as well
as difficulty swallowing; most NPC patients will
end up being tube fed.
There is no cure for this devastating disease.
There is some promising research being
undertaken but it needs to be translated into
therapeutic treatments.

One of the key objectives of the Trustees is to
keep charity overheads down to the lowest
amount possible. The aim is to spend as little on
overheads so the charity can spend as much as
possible on research. In fact overheads
represented less than 1% of net funds raised in
each of the charity’s first two financial years; the
aim is always to do what we can to keep such
costs as low as possible.
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Richard Bacon, Patron of the NPRF
with William in 2011
The charity is absolutely delighted that
Richard Bacon, TV and radio
personality, agreed to become the
charity’s Patron. Richard met William
through one of the charity’s trustees.
Richard Bacon said;
“I am delighted and honoured to have
been invited to become patron of the
Niemann-Pick Research Foundation. It
is very moving to see how hard the
supporters of this charity fundraise to
build awareness and also strive to
develop research trials in the UK and I
really hope I can help out”.
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The charity is actively funding research in the
UK into this terrible disease. There are only
about 80 people in the UK with NPC; there are
thought to be only around 500 in the whole
world. This means that NPC is a rare or indeed
ultra-rare disease. Sadly, pharmaceutical
companies are not very interested in spending
money on finding treatments for rare diseases.
For rare diseases the burden of funding the
work to find a treatment often falls largely on
patient groups, such as the NPRF.
There are two university laboratories in the UK
(Oxford and Cardiff) that are conducting
research into NPC and the NPRF is proud to be
supporting both of them with funding. Please
see our website for more details of the grants
approved. As at June 2013 the NPRF had
approved grants totaling £235,000.

Scientific Advisory Board.
The Trustees are very grateful to the members
of the NPRF Scientific Advisory Board who
meet on a quarterly basis to advise the Trustees
on research grant applications and on the
charity’s research strategy in general.

Association of Medical
Research Charities (AMRC).
The NPRF is a member charity of the AMRC.
The AMRC is a group of 124 medical research
charities in the UK. AMRC members commit to
maintaining high standards in funding medical
research and operating clear and open
application processes.

NPRF supporters have been fantastic
in raising money for the charity.
Here are some of the events that
have been held.
Sponsored cycle rides
Sponsored run or walk
Charity Ball
Raffles
Beer and Curry Night
Pop-Up Restaurant
Sponsored swim
Golf Day
School charity activities

Please email us if you want to raise money
for the NPRF (sue.french@nprf.org.uk).

The NPRF SWAT team.
The NPRF has formed a collaboration between
the NPRF and a small group of leading UK NPC
scientists. We believe this new initiative has
the possibility to make a big difference in
advancing potential pilot studies in the UK. The
NPRF SWAT team comprises a
multidisciplinary team of expert research
scientists and clinical scientists who have
agreed to collaborate on some of the emerging
research that the NPRF is helping to fund.
SWAT is Scientists Working to Accelerate
Therapies. Drug development is often a lengthy
process of lab based research and clinical led
trials. Both research and clinical expertise is
needed to create a successful therapy and the
NPRF SWAT team has agreed to seek to
accelerate this process by providing a close
feedback loop between the clinicians and the
researcher.

Without awareness,
there is no funding
Without funding,
there is no research
Without research,
there is no cure
Without a cure,
there is no hope.
We found this on the Little Miss Hannah Foundation
website. It really sums up what we are all about and
what we are trying to do.

