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Alström Syndrome UK

https://youtu.be/XZx1LSrWZyo
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Living with Alström Syndrome
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Developing my Understanding
➢World turned upside down

➢Resigned from work due to Kion’s ill health

➢Joined the team at ASUK

➢Training & Development

➢2008 & 2010 attended the EURORDIS Summer School to develop my understanding of clinical 
trials and EU regulatory affairs

➢Became a volunteer for EURORDIS and joined the Paediatric Committee at the EMA as a patient 
representative until December 2016
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Continued….
➢Joined the European Public Affairs Committee with EURORDIS

➢Joined the Patient Engagement Group with Rare Disease UK

➢Patient Think Tank member for the Asterix Project –Advances in Small Trials dEsign
for Regulatory Innovation and eXcellence http://www.asterix-fp7.eu/

➢Patient Representative on the UK Rare Disease Policy Board

➢National Development Manager with a particular focus on research, NHS clinics and clinical 
trials

➢Project Lead for Breaking Down Barriers
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Patient Support
➢Organise clinic lists

➢Advocacy

➢Clinic support

➢Link between local professionals and specialist centres

➢Annual audit – patient feedback

Current Projects

➢Transition – T-Kash resources developed by young people

➢Breaking Down Barriers

➢Research Consortium

➢Clinical Trial
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Understanding genetics together

Developing 
supportive & 
inclusive 
services for 
individuals 
and families 
affected by 
genetic 
disorders
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Research – Big Lottery Funding
“….research project aimed at deepening our 

understanding of Alström Syndrome, improving

diagnosis and management while investigating the

basic cellular disease mechanisms in AS patients”

➢Database

➢Tissue Bank

➢EuroWABB
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Clinical Trials
“PBI-4050 aims to halt the progression and possibly reverse some of the effects of fibrosis which is 
one of the main problems associated with Alström Syndrome. The trial drug may also have the 
potential to improve sugar and fat levels within the body, improving diabetes and obesity and 
reducing insulin resistance.”
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“The primary aim of the trial is to evaluate 
the safety and tolerability of PBI-4050 and 
its effects on inflammatory, fibrosis, 
diabetes and obesity biomarkers in people 
affected by Alström Syndrome.”



ASUK Conference
Health, Happiness and Well-being!

Medical and Scientific Symposium & Family and Professional Conference 

6th and 7th October 2017

Aston University Conference Centre in Birmingham, UK
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Patient Think Tank Members
➢Elizabeth Vroom

➢Oliver Timmis 

➢Jörg Richstein 

➢Radoslaw Kaczmarek

➢Marleen Kaatee

➢Veronica van Nederveen

➢Mieke Donk

➢Noirin O’Neil

➢Christine Lavery

➢Kerry Leeson-Beevers

Supported by the VSOP (Dutch umbrella organisation for rare, genetic and congenital disorders)
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Patient Leaflets
➢Goal Attainment Scaling

➢Multiple Endpoints

➢Adaptive Designs

➢Meta Analyses (with zero events)

➢Clustering Framework of Diseases

➢Patient Registries

➢Randomisation

➢Patient Involvement in Rare Disease Clinical Research

➢Why trials may stop early

➢Adaptive Pathways
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Thank You
Contact Details:

Kerry Leeson-Beevers 

National Development Manager

Alström Syndrome UK

Tel: 01709 210151 / 07716135940

Email: Kerry.leeson@alstrom.org.uk

Web: www.alstrom.org.uk

www.breaking-down-barriers.org.uk

Facebook: www.facebook.com/alstromsyndromeuk

Twitter: @AS_UK 
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