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MEDICINAL CANNABIS 
CLINICAL TRIALS 
FOR CHILDREN WITH 
SEVERE EPILEPSY 

A world first partnership 
A NSW partnership has now been established 
with GW Pharmaceuticals to hold the world’s 
first medicinal cannabis trial for children with 
severe drug-resistant epilepsy using a new 
cannabis-derived drug, CBDV (cannabidivarin).

GW Pharmaceuticals has a number of 
pharmaceutical products in the development 
pipeline, including the cannabidiol (CBD) 
product, Epidiolex® and products containing 
cannabidivarin (CBDV).

The partnership delivers four key outcomes for 
NSW:

■	 a world first phase 2 clinical trial for a novel 
product, cannabidivarin (CBDV) 

■	a compassionate access scheme for 
Epidiolex®

■	a phase 4 clinical trial of Epidiolex® (based on 
success of phase 3 studies) 

■	provision for NSW to host future clinical trials 
of GW products. 

Substances for the trials
Both the GW Pharmaceuticals nominated 
CBDV product and Epidiolex® will be used in 
the trials. The products will be pharmaceutical 
grade and made in a GMP accredited facility. 
They have had extensive testing in animal 
models of epilepsy. These products are not 
crude cannabis products; they are refined to 
have known pharmacokinetic and 
pharmacodynamic properties. 

CBDV is a molecule in the cannabis plant that 
has shown promising results as an anti-
convulsant, and for which GW Pharmaceuticals 
already has phase 1 clinical trial results in adults. 
CBDV does not produce the psychoactive 
effects associated with herbal cannabis 
containing high levels of 9-THC. CBDV has 

been shown to have a good safety profile in 
healthy adult volunteers and a Phase 2 study 
regarding its effectiveness in adult focal 
epilepsy is currently in development overseas. 
This will be the first trial in the world of CBDV 
as an anti-epileptic in children.

 Epidiolex® is a product developed by GW, 
which contains the non-psychoactive 
cannabinoid, CBD (cannabidiol). Epidiolex®  
is taken in the form of an oral liquid and is 
currently in Phase 3 trials internationally. 
Epidiolex® has shown positive results in a 
compassionate use scheme in the United 
States. Epidiolex® contains CBD. This drug is 
being investigated overseas for the treatment 
of various rare childhood epilepsy syndromes, 
including Dravet syndrome and Lennox-Gastaut 
Syndrome.

Leading the trials
NSW researchers at the Sydney Children’s 
Hospitals Network, Dr John Lawson and Dr 
Deepak Gill, will lead the development and 
conduct of these trials using cannabis-derived 
products that are manufactured and supplied 
by GW.

Design of the clinical trials
Researchers will work with paediatric epilepsy 
research specialists from across Australia and 
cannabinoid therapeutics specialists from the 
Lambert Initiative, University of Sydney, to 
design the trials.

Each trial will have a specific number of 
participants. This number will be carefully 
calculated to ensure the study can achieve the 
most accurate scientific result in the shortest 
possible time. All trials will be conducted in 
accordance with good practice for clinical trials 
and be subject to regulatory approval including 
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review and approval by an appropriate Human 
Research Ethics Committee.

Researchers are expected to finalise the design 
of the first of the trials over the coming months 
and advertise for participants in 2016.

Research to date
A number of trials of the cannabinoid medicine, 
cannabidiol, in children have shown promising 
results in certain sub-groups of children with 
epilepsy. Other cannabinoids, such as 
cannabidivarin, have shown promise in animal 
models of epilepsy and have shown few side 
effects in healthy human volunteers.

Cannabidiol can interact with other epilepsy 
medicines causing levels of those medicines in the 
blood to rise. This means that children should be 
carefully monitored for side effects and to ensure 
that their drug levels remain therapeutic, and do 
not enter the toxic or harmful range. There will 
also be monitoring for possible side effects.

Cannabis-derived medicines and other products 
from cannabis used to date do not work for all 
children with epilepsy. Some children do not 
tolerate the medicines and need to discontinue 
the treatment. Some children have a reduction in 
seizures; a smaller number may become seizure 
free. However, many children do not respond at 
all to cannabis-based oils or currently available 
cannabinoid pharmaceutical products. These 
trials will help clinicians understand who is most 
likely to benefit from using these medicines and 
what side effects they need to be watching out 
for if these medicines become used more often.

Participating in the trials
Trials are expected to commence in 2016 
following ethics approval. At that stage 
researchers will advertise for interested 
participants and publish information on: 

■	who can participate in the trial (eligibility 
criteria) 

■	reasons why some children would not be able 
to participate (exclusion criteria)

■	how researchers will measure the outcomes 
(eg: by tests or seizure diaries).

Families and carers of children with severe 
drug-resistant epilepsy have been encouraged 
to discuss their child’s particular condition with 
you as well as discussing whether the child might be 

suitable for participation in a trial. Medical 
practitioners should continue to optimise current 
treatments and consider the condition of their 
patients against any published trial eligibility criteria. 

Usual referral patterns for complex epilepsy 
services should continue. Change in referral 
patterns will not necessarily advance eligibility of 
patients for any individual trial. Additional 
information on management of paediatric 
epilepsy in NSW is available from the NSW 
Paediatric Epilepsy Network website at  
http://www.pennsw.com.au/

Your patient may be eligible for participation in 
other clinical trials and opportunities should be 
discussed with the child’s family. General 
information on what clinical trials are underway 
or planned can be found at:  
https://www.australianclinicaltrials.gov.au/

This is a NSW based trial. Residents from other 
states and territories in Australia will need to 
await further information on potential study 
hospital sites and local involvement. Medical 
practitioners should assess whether children 
may be able to participate. Further information 
will be available as the trials program is 
developed. NSW will continue to collaborate 
with other states and territories regarding their 
residents’ participation in any trials. 

Compassionate access scheme 
for Epidiolex® 
From 2016 the new partnership with GW 
Pharmaceuticals allows compassionate access 
for a small number of children to Epidiolex®. This 
scheme would be for a small number of children 
who are not able to participate in a clinical trial 
due to the unrelenting nature of their epilepsy 
which has not responded to proven treatments. 
Details on this scheme will be publicised as soon 
as available.

More information
For more information: 

■	 call the Cannabis Trials Help Line on  
1800 217 257 

■	 write to Cannabis Trials, NSW Ministry of 
Health, Locked Mail Bag 961, North Sydney, 
NSW 2059

■	 email the NSW Ministry of Health on  
cannabistrial@doh.health.nsw.gov.au
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