Dr Carole Legare February 28", 2020
Director, Office of Clinical Trials, Therapeutic Products
Health Canada, Government of Canada

Dear Dr. Legare,

We are a coalition of patients and patient groups representing people diagnosed with Duchenne Muscular
Dystrophy (Duchenne). Recently Duchenne patients in Canada have experienced an intermittent shortage of
deflazacort drug supply through Health Canada’s Special Access Program (SAP). Although this has occurred in
the past, this recent event was serious in nature requiring boys and young men with Duchenne to be forced to
switch to an alternative therapy, namely prednisone, while waiting for new supply to arrive. Switching to an
alternative therapy comes with serious implications, including new or greater side effects (increased risk of
weight gain, behavior problems with prednisone, as well as ineligibility for clinical trial inclusion or creating
potential protocol deviations for those already enrolled in clinical trials. This has caused immense stress and
anxiety to our Duchenne families. It is for this reason that we are writing to implore you to allow for
prepositioning or storage of deflazacort in Canada so as to reduce the risk of supply disruption in the future and
impact on the health and wellbeing of our community.

As you know, there there are no approved treatments for Duchenne in Canada, maintaining the ability to access
drugs through clinical trials and SAP is critical for our community. Duchenne is an X-linked genetic disorder
affecting 1 in every 7,250 boys and in some rare instances can manifest in girls (Mah et al 2014). It is
characterized by progressive muscle degeneration and weakness, rendering children wheelchair bound in their
early teens. In addition, individuals with Duchenne have declining respiratory and cardiac function that will
eventually lead to complications and their death by their third decade of life.” As parents, you can certainly
imagine that it is the worst news ever: knowing that we will survive our child and be helpless witnesses of his
decline.”, Alfred Breton-Pare, Quebec City.

Corticosteroids are the current standard of care for Duchenne. Deflazacort is the most commonly used
corticosteroid prescribed in Canada, and the best affordable option for our Canadian Duchenne community
(McAdam et al 2012, Birnkrant et al 2018). The Canadian Neuromuscular Disease Registry (CNDR) estimates
there are approximately 750 Canadians living with Duchenne between the ages of 0-24 years old. The CNDR
currently has 378 active boys with Duchenne registered. Of the 378, 332 are on corticosteroids, 95% of which
are on deflazacort and potentially impacted by a drug supply shortage.

The benefits of deflazacort are well described in the literature and include: delaying decline in muscle strength
and function; preservation of respiratory and cardiac function; prevention of scoliosis; and most importantly,
improved survival (McAdam et al, 2012). There is also a growing body of evidence to support a greater benefit of
deflazacort on muscular function as well as a more favourable side effect profile compared to
prednisone/prednisolone including weight gain, scoliosis, cushingoid appearance, and behavioural abnormalities
(PPMD registry report 2019, Shieh et al 2018 ). Debra Chiabai from Ottawa, Ontario shares her experience with
her son Alex now 19 years old, “Alex has been on Deflazacort for 14 years. Side effects, including behaviour
changes, never occurred. Unlike many boys who lost the ability to walk by 10, Alex walked until he was 14 years
old and could still stand at 15. At 19 he is in a wheelchair full time, but he can still help with transfers and he has
the use of his arms and hands. Most importantly, his heart and lung function are normal.” Ed Worsfold from
Toronto, Ontario shares his experience with his son Owen 13 years old, “Our son has been on deflazacort for 7
years now and we are thankful his is still walking at 13. We struggle every day with Owen’s weight and worry if
he ever had to switch to prednisolone the impact it would have on his weight gain and his mobility”.




Behavioral issues and learning disabilities are well documented in Duchenne and can be exasperated with the
use of corticosteroids, particularly prednisone. It is for these same reasons many Duchenne individuals are not
able to tolerate prednisone or its liquid alternative, prednisolone. In addition, the psychosocial stress caused by
worry and anxiety associated with having to switch to an alternative corticosteroid can debilitate families as
they care and manage the physical aspects of their child’s condition. “Like many other kids with DMD, Alex had
issues with controlling his emotions, being explosively angry and staying focused. We were scared that Alex on
steroids would be uncontrollable. Then we heard about Deflazacort and were relieved to discover that it could
provide all the benefits with fewer side effects. The idea that we might lose access to a consistent supply of
deflazacort causes a lot of anxiety for both Alex and me. We know it is prolonging his life and making it possible
for him to participate in all life has to offer” says Debra Chiabai, Ottawa Ontario.

Furthermore, maintaining a stable dose of corticosteroids for those Canadian families currently participating in a
clinical trial or waiting to enroll in a trial is critical. Switching during this time even for a short period, could
exclude them from participation in these trials. “We were recently on a wait list for a clinical trial, the thought of
no longer being eligible for this trial because he had to change his medication would completely devastate us and
all hope to help our son.” Ed Worsfold, Toronto, Ontario. Stacey Lintern from Muscular Dystrophy Canada
shares, “Patients cannot just stop taking steroids or they risk adrenal crisis. Some families were so nervous about
the possibility of Deflazacort being unavailable that they were talking about taking their sons off steroids
altogether rather than switching to prednisone.”

Deflazacort is an incredibly important therapeutic option benefiting Canadians living with Duchenne and it is
critical for us to maintain access to treatments through SAP and clinical trials while we continue to wait for
approved therapies. We ask Health Canada to make this exception and work with the current supplier of
deflazacort to allow for the warehousing of deflazacort in Canada. Please help us ensure Canadians living with
Duchenne and their families no longer risk their health and well being because of a disruption in their drug
supply.

We thank you for taking our point of view into consideration and ask that you share this document with all
relevant parties and acknowledge receipt of our request. If you require more information or clarification on the
information provided, please do not hesitate to contact nicola@jessesjourney.com. We would also appreciate a
follow up regarding the outcome of this request.

Kind regards,
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Perry Esler Barbara Stead-Coyle
Executive Director, Jesse’s Journey Chief Executive Officer, Muscular Dystrophy Canada
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Marie-Catherine Du Berger Edward Worsfold
President & Co-founder, La Force DMD Co-founder and Chair, Stand for Duchenne Canada




