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A UK-registered charity

Funds international research 

projects focused on disease 

modification in Parkinson’s



The international Linked Clinical Trial initiative is a collaborative clinical 

trial program led by Cure Parkinson's and the Van Andel Institute.



A committee of 21 PD 

experts meet each 

year to evaluate 20+ 

molecules which have 

exhibited evidence for 

potential for disease 

modification in 

Parkinson’s.



The goal of the meeting is to prioritise which of the drugs should be 

clinically evaluated for disease modifying properties in Parkinson’s.

Once prioritised, Cure Parkinson’s is mandated to get the treatment 

into a clinical trial.

Initiation of 

disease modifying

treatment

First indication 

something 

is not quite right

Diagnosis

Reversing

Stopping

Slowing



Cure Parkinson’s / Van Andel Institute: Linked Clinical Trials Initiative

Ongoing

Exenatide/Bydureon

Ambroxol

Deferiprone

EPI-589

UDCA

Liraglutide

Azathioprine

Completed

Nortryptiline

2018201720162014

Lixisenatide

Phase III

Australia 1

Australia 2

Australia 3

Nilotinib

2015 2016 2017 2018 2019

K-706

Simvastatin

Australian Parkinson’s Mission

Multi-arm clinical trial

2020 2021

Phase 

III

Starting



Ongoing

Exenatide/Bydureon

Ambroxol

Deferiprone

EPI-589

UDCA

Liraglutide

Azathioprine

Completed

Nortryptiline

2018201720162014

Lixisenatide

Phase III

Australia 1

Australia 2

Australia 3

Nilotinib

2015 2016 2017 2018 2019

K-706

Simvastatin

Australian Parkinson’s Mission

Multi-arm clinical trial

2020 2021

Phase 

III

Starting

Cure Parkinson’s / Van Andel Institute: Linked Clinical Trials Initiative



Bile



Ursodeoxycholic acid (UDCA) 
UDCA is a bile acid which occurs naturally in the 

body and is used to dissolve gallstones.



UDCA has been reported 

to have beneficial effects 

on mitochondria in 

models of Parkinson’s.

It has also been shown to 

rescue genetic models of 

Parkinson’s.



The results of this study will hopefully be available in late 2020.

Prof Oliver 

Bandmann Dr Heather 

Mortiboys



The 48-week UP Study 

(“UDCA in Parkinson’s”) 

was a Phase 2 clinical 

trial of UCDA in 

recently diagnosed 

Parkinson’s involving 30 

participants.

20 people were blindly 

given UDCA and 10 

were administered with 

a placebo. 

The results will be 

announced shortly.
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Deferiprone
An iron chelator that was tested in a 
pan-European Phase II clinical trial of 
372  people with Parkinson’s in 
Treatment involved twice-daily 
dosing for nine months.

Results are expected shortly.
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GLP-1 agonists



Phase II clinical trial results provided 
interesting results – a potential 
slowing of motor symptom 
progression over the 48-week study.

A Phase III clinical trial for bydureon
is now underway in the UK.

Exenatide/Bydureon



Liraglutide

A Phase II clinical was conducted at the Cedars-Sinai Medical Center, Los 
Angeles. It involved daily self-administered injections of liraglutide or placebo 
for 54 weeks.

Results are expected in 2022.



Lixisenatide
A Phase II multi-centre clinical trial was conducted in France. 158 patients were 
recruited for 12 months of treatment. 

Results expected in 2022.



Bluerock & 
Bayer



On the 8th June, 

Bluerock therapeutics 

announced that they 

have ‘dosed’ the first 

participant in their 

Phase I trial evaluating 

the safety and 

tolerability of their 

therapy, DA01



DA01 is a stem cell-derived population 

of dopamine neuron precursor cells 
that have been grown in cell culture



The cells are being used 

for cell transplantation 

therapy.

The Phase 1 study is very 

small - just 10 participants 

will be enrolled in the US 

and Canada. 

The participants will be 

followed up for 2 years.



In August 2019, the 

pharmaceutical 

company Bayer 

announced that they 

were fully acquiring 

BlueRock Therapeutics.



The Kyoto study





Starting in 2022, 8 participants (>5 

years post diagnosis) will be 

transplanted and followed for  3 

years, with safety being assessed 

at 1 year and efficacy being 

determined after 3 years.

STEM-PD study



Combining cell therapy 

and gene correction 

technology, Aspen is 

seeking to start clinical 

trials in the near future for 

their cell transplantation 

products.



Bial



Boosting waste
disposal

Enhancing waste recycling to make cells healthier and slow Parkinson’s 
progression  



A key enzyme (called GCase) in the waste disposal system of cells 

may be reduced in some cases of Parkinson’s.



By increasing GCase levels 

and activity, researchers 

hope to slow the progression 

of Parkinson’s.

One biotech company called 

Lysosomal Therapeutics has 

conducted Phase I clinical 

testing of a drug (LTI-291) 

which they are now planning 

to test in Phase II clinical trials. 

GCase enhancers



+ =

The company is setting up a Phase II clinical trial to start in 2022.

In 2020, the pharmaceutical company Bial purchased LTI.
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Ambroxol is a drug which 
has been commonly used 
as an anti-mucolytic 
respiratory medicine since 
the 1980’s.

Ambroxol



More recently, ambroxol

has been shown to boost 

the levels of GCase activity 

and rescue models of 

Parkinson’s.

This led to a Phase II clinical trial funded by The Cure Parkinson’s Trust, 

Van Andel Institute, and John Black Charitable Foundation.



Prof Anthony 

Schapira



The “Ambroxol in Disease Modification in 
Parkinson Disease” (AiM-PD) study 
involved 18 participants, who were 
treated for six months with either 
ambroxol or a placebo. 

The treatment was well tolerated, and 
elevated levels of a key enzyme.

The next stage of the clinical 
development of ambroxol is now being 
planned.

Mullin et al 2020 JAMA Neurol

Ambroxol trial



https://pdfrontline.com/en



Additional trials 
of interest
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An antidepressant that has 

potentially disease modifying 

properties for Parkinson’s.

It is one of the drugs being 

evaluated in the Antidepressants 

Trial in Parkinson's Disease (or 

ADepT-PD) study.

Nortriptyline

Dr Anette 

Schrag



Azathioprine
An immunosuppressive medication 

which is used in inflammatory 

conditions, like rheumatoid arthritis.

New study (AZA-PD) will be starting in 

Cambridge (UK) in 2020. It will involve 

12 months treatment and a further 6-

months follow-up of 60 participants.

Dr Caroline 

Williams-Gray



Exenatide/Bydureon - Phase III trial ongoing

Ambroxol - Phase II finished, Phase III planned

UDCA - Results shortly

Deferiprone - Results shortly

Liraglutide - Results shortly

Lixisenatide - Results shortly

Nortriptyline - Now recruiting

Azathioprine - Now recruiting

Bial Gcase enhancer - Phase II starting in 2022 

Bluerock/Bayer trial - Phase I recruiting

STEM-PD - Phase I starting in 2022

Despite COVID, there are lots of additional trials ongoing or soon starting 

Summary



Thank you!

Simon Stott

simon@cureparkinsons.org.uk




