


“80% of 

success is 

just showing 

up”



TODAY IS 
ABOUT HOPE





EMA Granted Conditional Approval 2015

Duchenne 
Drug 
Development
Pipeline
2019

EMA Granted Conditional Approval – Aug 2014

Preclinical Phase I Phase I/II 

Phase IV/ Post Market

Phase II Phase III 

FDA Granted Approval via Accelerated Approval Pathway  - Sept 2016

FDA Granted Approval via Full Approval  - Feb 2017



EMA Granted Conditional Approval 2015

Duchenne 
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Development
Pipeline
2019

Preclinical Phase I Phase I/II 

Phase IV/ Post Market

Phase II Phase III 

FDA Granted Approval via Full Approval  - Feb 2017

EMA Granted Conditional Approval – Aug 2014

FDA Granted Approval via Accelerated Approval Pathway  - Sept 2016



Duchenne 
Information Day

ACCELERATING 
RESEARCH: 

DMD HUB, PROJECT 
HERCULES & WORK 

FUNDED BY 
DUCHENNE UK 

TRIAL UPDATES: 
GENE THERAPY AND 

STEROID 
ALTERNATIVES

BREAKOUT 
SESSIONS: GET HELP 

FROM NICK CATLIN 
FOR EHCP & SCHOOL 

SUPPORT

WEARABLE SUPPORT 
WITH ASSISTIVE 

DEVICES





THE SOLID SUIT – Assistive Device 

STRETCH

Ankle stretch-assist
MOBILITY

Middle body support

REACH

Support and mobilise 
upper body parts



Other services we fund



WHAT DO YOU – AS PARENTS WANT 
TO KNOW! 

TOP FIVE NEW HAPPENINGS 

WHAT TREATMENTS ARE COMING 
DOWN THE TRACK FOR MY SON 



1) MICRO-DYSTROPHIN – GENE THERAPY

2) TAMOXIFEN – RESULTS DUE 2021

3) STEROID ALTERNATIVES: VAMOROLONE & 
EDASALONEXENT

4) EXON SKIPPING DRUGS – WAVE, SAREPTA & NS PHARMA

5) RAXONE – WITH THE EMA AGAIN FOR CONDITIONAL 
APPROVAL – 79 patients accessing it through EAMS









More than 
£14 million 
committed 
to medical 
research

Three clinical trials 
have now started 

thanks to our support

Duchenne 
UK has 

raised over    
£15 million 
in 7 years 





Duchenne UK
INNOVATIVE THINKING TO ADVANCE RESEARCH:

EVIDENCE BASED, RESULTS DRIVEN 

#DUKday



We helped make Gene Therapy get into the clinic 
for Duchenne Muscular Dystrophy!

2014 committed $5million to Solid Biosciences

2018 First Patient Dosed 



Testing drugs already approved in one condition for efficacy in DMD

Drugs already approved for use – shortened development timeline 

compared to a novel compound

Drugs are often cheap and readily available

Industry unlikely to fund these trials so we have to

How else can we have impact?

THE ATTRACTION OF REPURPOSING



Dr Talya Dor
Neuropaediatic unit
Hadassah Medical Centre- Jerusalem
17 boys enrolled, 14 still participating

First 3 patients treated with tamoxifen 
• Good safety profile over 19 months
• Stable motor function
• Stable or reduced CPK

Clinical experience with Tamoxifen for DMD 
A compassionate use programme



Tamoxifen Trial
Ø Duchenne UK has committed over

£1.5 million to the Tamoxifen trial 

Ø First patient dosed in June 2018

Ø 45 patients now recruited 

Ø Holders of ODD for Tamoxifen as a 

treatment for DMD

Repurposing: Tamoxifen 
as a treatment for DMD



Duchenne UK invests £1.25 million into new 
research of treatments for DMD

4 PROJECTS ANNOUNCED 



• The University of Minnesota was awarded $945,654 to support pre-clinical 
work on regenerating muscle in DMD patients with stem cells. THE AIM IS 
TO GET THIS PROEJCT INTO CLINCIAL TRIALS. 

• AGADA Biosciences were awarded £235,200 to test the impact of two 
already approved drugs on protecting muscle in DMD. AGAIN THE AIM IS 
TO  GET INTO CLINICAL TRIALS.

• Leiden University was awarded £73,500 to test if Vitamin B3 (Nicotinamide 
Riboside) can improve muscle regeneration and help retain muscle tissue. 

• The University of Geneva was awarded £199,245 to investigate the potential 
of repurposed compounds to regenerate muscle and prevent fibrosis.



£2M 
committed 

so far



DMD Family Folder 

Work is now underway for a folder 
about transitions into adolescence 

and adulthood

Providing support and guidance to help parents navigate a devastating DMD diagnosis
500 distributed to families, healthcare professional and teachers 



Collaborating with Whizz-Kidz
and the University of Edinburgh 

to Develop a DREAM CHAIR 



We are a parent led charity… 



Patient Advisory Board!

Alastair 
Robertson

Fleur Chandler

Alex & Justine  
Latham Divyesh PopatAnna Clark

Gareth & Rachel 
Halpin Jaspal Mann

Ana Chadwick

Emma Hallam

Andy 
Haycock

Janet Hoskin Kerry Shippey



Patient Advisory Board!

Nick Catlin

Lisa Kuhwald

Vici RichardsonRebecca Burnett

Laura Wright Maggie Wellington

Pauline Clark Tony LeveneSejal Thakrar

Nick & Kirsty 
OhlyKatrina Ruthven Matt Crawford





Team Dex

The Lygo Family Fund

ACTION  
FOR

ARVIN

ADD PHOTO OF 
SMEDLEY’S



Partner Charities 




