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Overview



What does Ataxia UK do to promote research?

• Ataxia UK Research Strategy: 

‘Ataxia UK aims to maximise the impact of research in improving diagnosis and 
developing treatments that are available to patients’

Organise conferences 

and workshops

Fund a wide range 

of projects, and work 

as the link between 

researchers and 

ataxia community

Collaborate with 

researchers, pharma 

companies and other 

charities



The aim of FA research
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Developments in identifying new 
treatments
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Gene therapy in FA

• Gene therapy means replacing or repairing the gene that causes the condition.

• A number of companies are in the early 

stages of developing gene therapies for FA
o Their approach is to use a virus as a vehicle 

to deliver a functional version of the 

frataxin gene to the central nervous system

o Currently in preclinical development

• Ataxia UK-funded researcher, Dr Filip Lim, is developing a way in which the 
correct FA gene can be delivered to the central nervous system using a viral 
transporter. They are currently studying how this virus distributes in the body 
using animal models.



Developments in identifying new 
treatments
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Chondrial Therapeutics, formed by Dr Mark Payne who 
developed the treatment, is studying the frataxin protein itself as 
a treatment for FA. 

Pre-clinical studies using frataxin protein

• The difficulty with using the protein is making sure it is delivered to the correct 

places without being degraded

• Shown positive results in mouse model of FA

• Pre-clinical studies are ongoing



Drug treatments to increase frataxin protein 

A number of pre-clinical studies are being carried out to identify drugs 

that increase the amount of the frataxin protein

• Interferon gamma (IFNγ): IFNγ increases frataxin in multiple cell 

types and in a mouse model of Friedreich’s ataxia. 

• Etravirine: Antiviral, used to treat HIV, increases frataxin in cells 

derived from patients.

• Dimethyl Fumarate: Drug used in MS, increases frataxin in cells, 

mouse models, and people with MS.



Developments in identifying new 
treatments
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• Still experimental as a treatment

• G-CSF improved motor function 
in FA mouse model, and 
increased frataxin 

• Tested on human cells and in 6 
people with FA

• Researchers now planning a 
larger trial to test efficacy

G-CSF
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G-CSF is a drug known to 

mobilise stem cells

Activating stem cells in FA



Activating stem cells in FA

Ataxia UK is involved in the design of the follow-up trial 
investigating G-CSF in FA.

In order to get input from people with FA and their families 
we are holding a workshop at our offices in London on 

October 15th.

We will be discussing the trial design with the team from 
Bristol.

Please let me know if you would be interested in attending.



Current clinical trials



Reata Omaveloxolone trial (MOXIe)

• Nrf2 (transcription factor) activator with antioxidant properties

• London ataxia centre was UK trial site

• Trial in two parts: 
o Part 1 – dose escalation placebo (finished)

o Part 2 – ongoing (no longer recruiting)

• Results of Part 1 (69 people with FA)
o Helped show safety and define dose to use in Part 2

o Activation of Nrf2 and mitochondrial function in cells

o Not powered to see improvement in ataxia, but saw some benefits in modified FARS

• Results of Part 2 expected late 2019

www.reatapharma.com


Minoryx Therapeutics

• PPAR gamma is a protein found in cells. In FA, PPAR gamma cannot function properly

• Minoryx Therapeutics are testing a PPAR gamma activator (or agonist), called MIN-
102, in people with FA

• A Phase 1 clinical trial showed that MIN-102 is well tolerated, and able to reach the 
brain

• Phase 2 trial ongoing in a number of European countries

Resveratrol

• A naturally occurring compound found in the skin of red grapes. 

Potentially improves mitochondrial function.

• Micronised resveratrol being tested in FA in Australia.

Takeda
• D-serine activates specific receptors in the brain that may be important to motor 

functioning and signalling of neurons.

• TAK-831 increases D-serine. Phase 2 trial (in USA) results expected 2019.



Global FA research initiatives



FA Global Patient Registry

• What is the FA Global Patient Registry?

Many FA charities, including Ataxia UK, have patient registries. These 
registries have been used to recruit for clinical trials and research 
studies. 

These groups have now come together to build a new international 
registry - the FA Global Patient Registry (FAGPR). This is a global 
effort of patient groups around the world to work together and pool 
information in one place making it a much more powerful resource for 
research.



• Why is a Global Registry for FA so important?
✓When researchers are developing new drugs, they need to understand the 

disease in question, and the experiences of the patients. 

✓In order to run clinical trials, they need to be able to find patients who are 
willing to be a part of those trials. 

The FAGPR has been built to help collect more information about FA 
directly from patients, and to help match patients with studies that they 
might be interested in.

FA Global Patient Registry



• How do I register?

Look out for the launch of the FA Global Patient Registry website. More 
information in our upcoming magazine, newsletters, and will be advertised 
on the Ataxia UK website.

Please note that joining the FA Global Patient Registry is not a 
replacement for joining as a Friend of Ataxia UK. The Global Patient 

Registry is a separate registry, with a distinct purpose, which Ataxia UK 
was involved in developing. To receive communications and support from 

Ataxia UK, new members should also join as a Friend of Ataxia UK.

FA Global Patient Registry



• Multi-site European study
o London (and other European sites)

o Still recruiting

o Data being used to design trials

• Funded by patient  groups via Euro-ataxia and pharma partners

London Ataxia Centre is recruiting:  If you have been diagnosed with FA and 
are interested in taking part, please contact Paola Giunti at 
p.giunti@ucl.ac.uk

EFACTS - European FA Consortium

mailto:p.giunti@ucl.nhs.uk


Opportunities to take part in 
research



Upcoming FA Nicotinamide trial

We are hoping to recruit up to 90 people to the 
Nicotinamide trial in London when recruitment 

starts later this year. 

Look out for further information on our 
website and in our magazine and newsletters, 
or attend the Nicotinamide Trial Break out with 

Prof Giunti and Dr Julie Greenfield.

Professor 
Giunti: 
Break out D



Research survey: Patient attitudes to clinical 
trials in ataxia

• Developed by the team at the London Ataxia Centre, in 
collaboration with Ataxia UK and FARA

• Aims to investigate the attitude of patients towards clinical trials in 
the UK and US

• Results will help researchers to design better trials for the future, 
with patients in mind



Research survey: Physical Activity for people 
with Rare neurological Conditions (PARC)

• Developed by researchers at UCL and Cardiff, with Ataxia UK as 
one of the patient representatives

• Aiming to understand the level of physical activity among people 
with rare neurological conditions – including the ataxias

• The next step is to develop a self-management program to support 
physical activity in people with rare neurological conditions



Both surveys can be found 
on our website



Thank you!

www.ataxia.org.uk
ecutting@ataxia.org.uk



14:15    Breakouts 

▪Own Your Own Home – Mariana Senior Room 19

▪Managing Gluten Ataxia – Dr Heidi Urwin and Ruth Passmore      Room 4

▪Yoga – Kirty Solanky Room 10

▪Nicotinamide trial – Julie Greenfield and Paola Guinti Essex 1/2

▪Benefits and Grants – Carlos Hagi Essex 3

▪Neuro Physio for people with ataxia – Grace Sheppard                Room 7

▪Managing Mental Wellbeing – Malena Hallahan                           Room 11

▪Music Therapy – Elaine McGregor                                                 Room 12

15:15    Break

Next: Breakouts 14.15 – 15.15


