


























  

CADTH Feedback on Draft Recommendation Page 3 of 7 
April 2021 

a CADTH may contact this person if comments require clarification. 
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the four recommendations to address this issue incorporated patient feedback of the real-world 
benefit of a rare disease drug and how it is working for the patient as a key component.   While this 
national strategy is still in the planning phases, what is consistent in the findings and 
recommendations related to rare disease drugs, is the weight that real-world patient feedback should 
have in determining coverage.  As such, in addition to the previous input provided by MitoAction, I 
provide additional testimonies from both Canadian and US patients and caregivers, further supporting 
the positive impacts of Dojolvi: 
 
Michael, CPT2 Patient, Canada 
“I am a 44-year-old man who was diagnosed at 12 with CPT2 Def. I was prescribed MCT at the time 
of my diagnosis. It did not work. Nothing worked until I was in the trail for C7 in 2006. It was a game 
changer. But I was only able to participate in the trial for 6 months. I have been trying since then to 
get on it, and after a lengthy 2-year process within Ontario, I finally started on 60ml a day in May of 
2021. It is incredibly life changing! There is absolutely no comparison to MCT. Despite having had 
several periods in my life where I took MCT and felt no benefit, I took MCT for 3 months at the same 
dosage prior to starting Dojolvi so that we could directly compare. I am now more active than I have 
ever been in my life, and I have no symptoms. I was still symptomatic with the MCT in the 3 months 
prior. My apple watch trends, show my active calories are averaging over 1000 cal/day, exercising 
over 100 minutes/day. I can move more, and for longer than ever. I haven’t even figured out my limits 
yet!”  
 
Jenn, VLCAD Parent, Canada 

“I would move heaven and earth to get my daughter what she needed.  I don’t understand why we 
would not allow for a treatment that may seem to provide limited benefit now, but can reduce the 
potential burdens on the healthcare system and families by treating these patients today, before they 
become critical.”  

Melissa, LCHAD Parent, Canada 

“My daughter’s body seems to adapt to MCT oil and it becomes ineffective. Dojolvi out of pocket is 
unaffordable.  She’s 2 years old and we’ve had 2 hospital admissions.  When she gets sick, it 
disrupts our entire family.  I feel like by not having access to Dojolvi we are playing Russian Roulette 
with her life.   Cardiomyopathy doesn’t always give you warnings and my biggest fear is that in time 
she’s going to develop these life-threatening complications.  We should be preventative first and not 
reactive.  We are losing a lot of FAOD kids due to cardiomyopathy. Then we will be asking what we 
could have done.  Well, we know what we could have done.” 

Fred, CPT2 Patient, US 

“Imagine, if you will, not knowing whether you will ever have enough energy to get through the day. 
Imagine one minute doing whatever it is you are doing and then, the next minute, your location loses 
electricity and now you are stuck in place. It is nighttime and the room is dark. You can’t move, 
unless you want to risk injuring yourself. You ask yourself, “What can I do?” But you know the 
answer, “Nothing.” So, you stay in place, waiting for the electricity to return, hoping that it won’t be 
too, too long before your body craves food and water and the opportunity to relieve yourself. 
Well, that is what it is like, every minute of the day when you are living within the body of a person 
who has a metabolic defect that affects the body’s ability to create energy. You never know when you 
are going to run out of energy and then your body tells you, “Lights out!” And there you are, 
struggling. Struggling to complete a task. Struggling to get yourself to a safe place so you can 
“crash.” Struggling to find food in an attempt to get your body to function. Function, just a little bit, so 
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CADTH Reimbursement Review  

Feedback on Draft Recommendation 

Stakeholder information  

CADTH project number SR0684 

Name of the drug and 

Indication(s) 

Triheptanoin (Dojolvi) as a source of calories and fatty acids for the 

treatment of adult and pediatric patients with LC-FAOD 

Organization Providing 

Feedback 

FWG 

 

1. Recommendation revisions 
Please indicate if the stakeholder requires the expert review committee to reconsider or clarify its 
recommendation. 

Request for 
Reconsideration 

Major revisions: A change in recommendation category or patient 
population is requested 

☐ 

Minor revisions: A change in reimbursement conditions is requested ☐ 

No Request for 
Reconsideration 

Editorial revisions: Clarifications in recommendation text are 
requested 

X 

No requested revisions ☐ 

 

2. Change in recommendation category or conditions 
Complete this section if major or minor revisions are requested 

Please identify the specific text from the recommendation and provide a rationale for requesting 
a change in recommendation. 

 

3. Clarity of the recommendation 
Complete this section if editorial revisions are requested for the following elements 

a) Recommendation rationale 

Please provide details regarding the information that requires clarification. 
 

 

b) Reimbursement conditions and related reasons  

Please provide details regarding the information that requires clarification. 
 

 

c) Implementation guidance 

Add a definition if possible of what acute life threatening events is defined as to assist in 
implementation, in criteria. 
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Outstanding Implementation Issues 
In the event of a positive draft recommendation, drug programs can request further 

implementation support from CADTH on topics that cannot be addressed in the reimbursement 

review (e.g., concerning other drugs, without sufficient evidence to support a recommendation, 

etc.). Note that outstanding implementation questions can also be posed to the expert 

committee in Feedback section 4c. 

Algorithm and implementation questions 

1. Please specify sequencing questions or issues that should be addressed by CADTH 
(oncology only) 

1.   
2.  
 

2. Please specify other implementation questions or issues that should be addressed by 
CADTH 

1.   
2.  

 

Support strategy 

3. Do you have any preferences or suggestions on how CADTH should address these 
issues? 

May include implementation advice panel, evidence review, provisional algorithm (oncology), 
etc.  


	SR0684 Dojolvi - Stakeholder Feedback September 23, 2021.pdf
	SR0684 Dojolvi - Stakeholder Feedback January 7, 2022.pdf
	CADTH Reimbursement Review.pdf
	SR0684 Dojolvi - Consolidated Feedback January 14, 2022.pdf
	SR0684 Dojolvi FWG Feedback on Draft Rec.pdf





