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ut what about the cost and risk of adverse 
effects associated with new therapies? And 
who will get access to them? Without being 
a killjoy, it’s certain that some will probably 

be prohibitively expensive for most patients or have 
long-term adverse effects, or only be accessible, for all 
kinds of reasons, to a small portion of people affected 
by hemophilia. On the other hand, there are also new 
therapies that will no doubt come at affordable prices, 
with minor tolerable adverse effects and be more 
accessible.

If it is generally agreed that in industrialized 
countries, recombinant factor concentrates costs are 
between $100,000 to $250,000 annually per patient, 
how does one evaluate the cost of novel products that 
are not coagulation factors or that transfer a gene able 
to raise factor levels by 20 or even 50% or more, and 
possibly even “cure” hemophilia? You must agree that 
it’s difficult to predict. What’s more, shouldn’t people 
with hemophilia in developing countries, where there 
is little or no access to adequate treatment, have access 
to gene therapy just like everyone else in the world?

In Canada, access to extended half-life products 
is already a challenge in certain parts of the country, 
notably in Quebec, where eligibility criteria are very restrictive. In 
addition, patients must also deal with switching their treatment 
products as a result of tenders carried out by Canadian Blood 
Services and Héma-Québec. We wonder how our federal and 
provincial governments will manage the arrival of novel therapies 
still in clinical trials. 

The future is promising, but for the moment, a number of 
questions still remain unanswered.

As an organization, we will once again need to defend our 
interests and engage in advocacy, as needed, for this important 
dossier, which is directly related to the primary objective of our 
strategic plan. 

WORD FROM THE EDITOR

by François Laroche

Whenever I return from a World Federation of Hemophilia (WFH) congress or forum, the most 
recent one being the 10th Global Forum held in Montreal last November, I’m inevitably impressed 
by the progress of ongoing research for bleeding disorders. These past years have been 
particularly promising. Extended half-life products, subcutaneous administration of products (for 
example, monoclonal bispecific antibodies, an agent that inhibits the production of antithrombin), 
gene therapy via the transfer of the missing gene or the correction of a deficient gene – all these 
innovations are already on the Canadian market or in advanced clinical trials. Innovations that 
have the potential to considerably improve the lives of people with hemophilia, in particular those 
living with an inhibitor, and bring dramatic change. As far as I’m concerned, to picture living without 
the disease that I’ve had to deal with since birth seems almost utopic!

B
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MESSAGE FROM THE PRESIDENT

by Paul Wilton

he CHS had already partnered with our centres to 
develop comprehensive care standards (standard of 
care). Their purpose is to identify “clear standards, […] 
driven by needs and best practice, resulting in the best 

outcomes.” Put simply, the standards identify the minimum level 
of care that should be provided to patients at bleeding disorder 
centres (HTCs).

The CHS then worked with the professional associations to 
evaluate whether the 25 HTCs in Canada met the standards. In 
consultation with each centre, an assessment report was produced 
identifying gaps in care.

Although there was widespread praise for the care provided 
by our centres, the assessments found centres across Canada 
are under-resourced to provide optimal care. Only 2 of 25 HTCs 
in Canada fully met the standards. The assessments identified a 
main and common issue—lack of human resources particularly 
in nursing, physiotherapy, social work, and data entry. In nine 
centres, there is no dedicated physiotherapy or social work support 
provided to patients.

At the same time, the decreasing price of clotting factor 
concentrates for people with hemophilia is expected to save the 
health care system $50 million in 2018-19 and $60 million in 2019-
2020. If there ever was a time for governments to reinvest a small 
percentage of those savings towards providing evidence and 
standards-based care, it is now. Investing a modest 2-3% of the 
projected savings would allow all treatment centres in Canada to 
be staffed in accordance with the standards. Investment in proper 
preventative care now will result in better treatment and outcomes 
for patients, and long-term savings in health care. Preventative care 
would reduce long-term costs including hospitalizations for target 
joint bleeding and joint replacement procedures.

To address gaps in care, we’ll need a strong team of advocates. 
Advocacy workshops have been offered to each chapter to develop 
their advocacy skills and to provide support for advocacy efforts. 
Three chapters have already participated in advocacy workshops 
(Alberta, Ontario and Nova Scotia).

Hemophilia Ontario set a good example for how chapters 
can follow up on their advocacy workshops, by inviting workshop 
participants to become more involved as part of its Advocacy 
Committee; they are now implementing an advocacy plan based 
on the gaps identified in the centre assessments. This year we will 
be working to share Ontario’s model with other chapters.

What is the CHS doing?
The CHS is offering advocacy workshops to help chapters 

understand the centre assessments and to help chapters mobilize 
their members on how to advocate for support to address the gaps 
in care.

A CHS Care and Treatment Committee will be launched to help 
chapters develop an advocacy plan and to provide support for 
chapter advocacy efforts.

Our communications will have a new and targeted focus on 
addressing gaps in care and will update you on how you can help 
make a difference.

How can you help?
Encourage your chapter leadership to participate in an advocacy 

workshop.
If your chapter has participated in an advocacy workshop, ask 

your leadership if they have developed an advocacy plan.
Help spread the word about standards of care and the centre 

assessments. Make sure our community members know about 
them. Ask people if they know that only 2 of 25 HTCs fully meet the 
standards. If not, encourage them to read Hemophilia Today to find 
out more.

To governments and hospital administrators, our centres are 
just another budget line in funding battles. It takes a strong patient 
voice to make the case why properly resourcing centres now is a 
wise investment towards improving our health and reducing long-
term costs to the health care system. The time for action is now! 

T

In 2015, our community told us: the CHS’ top priority should be achieving standards-based care 
for all people with inherited bleeding disorders. This directive built on the CHS’ previous work to 
improve care and treatment. 

Learn about the standards and assessments by reading 
more on the CHS website:

Canadian comprehensive care standards for hemophilia 
and other inherited bleeding disorders
www.hemophilia.ca/en/care-and-treatment/
comprehensive-care-standards

Penny wise, pound foolish
www.hemophilia.ca/en/care-and-treatment/penny-
wise--pound-foolish---the-national-clinic-assessment
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CHS receives official accreditation by Imagine Canada

2017 CHS Report Card on Canada’s Blood System

n partnership with Volunteer Canada and the HR Council, Imagine Canada has established a 
Standards Program to guide Canadian charities and nonprofits through common standards 
of practice and to strengthen public confidence in the sector. The main objective is to 
increase transparency of charitable organizations in five fundamental areas: board 

governance, financial accountability and transparency, fundraising, staff management, and 
volunteer involvement.

Our journey began in December 2016 when the CHS applied for accreditation. The CHS 
had to demonstrate compliance with 73 standards. This process gave the CHS the opportunity 
to update and compare its policies against leading practices, and to provide direction to both 
the CHS Board of Directors and staff. In addition, the CHS felt it was important to provide its 
stakeholders with a level of confidence that the organization had a strong framework.

After a year of intensive work in reviewing and adopting current and new policies, the CHS 
submitted its application and obtained its accreditation in December of 2017. Being accredited 
allows the CHS to use the Imagine Canada Trustmark for a period of five years, contingent on 
demonstrating ongoing compliance via the completion and submission of an annual compliance report. 
The use of the Standards Program Trustmark signals that an organization has demonstrated compliance with each of the Imagine Canada 
Standards. – H.B. 

ovember 26, 2017 marked the 20th anniversary of the final report 
of the Commission of Inquiry on the Blood System in Canada, 
commonly known as the Krever Commission. The Commission was 
set up in 1993, following Canada’s worst public health tragedy in 

which 1,200 people were infected with HIV and many thousands with hepatitis C 
through infected blood and blood products, transfused in the 1970s and 1980s.

For the sixth time in the last 20 years, the CHS published a Report Card 
depicting the state of the country’s blood system to Canadians. The report was 

prepared by the CHS Blood Safety and 
Supply Committee with collaboration 
and input from Canadian Blood 
Services, Héma-Québec and the patient 
organizations of the Network of Rare 
Blood Disorder Organizations. 

The CHS graded the actors of the 
blood system on four categories: 
safety, supply of fresh blood 
components, supply of plasma protein 
products and level of accountability 
and transparency. The adjoining chart 
features the grades received in each 
of these categories. Please refer to the 
Report Card for the full description 
(bit.ly/2mMzSx6). – C.R. 

I

N

COMMUNITY NEWS

MARKS FOR SAFETY

Canadian Blood Services A

Héma-Québec A

MARKS FOR SUPPLY  
OF FRESH BLOOD COMPONENTS

Canadian Blood Services A

Héma-Québec A

MARKS FOR SUPPLY  
OF PLASMA PROTEIN PRODUCTS

Canadian Blood Services C

Héma-Québec C

Provinces and Territories D

MARKS FOR LEVEL OF ACCOUNTABILITY  
AND TRANSPARENCY

Canadian Blood Services B

Héma-Québec A

Provincial and Territorial payers  
and HTA bodies D
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Hemophilia Ontario, committed to advocacy
by Jenna Foley, Hemophilia Ontario Executive Director

dvocacy has been an integral part of Hemophilia Ontario 
activities since our inception in 1956. From access to 
treatment to compensation for victims of the tainted 
blood tragedy, our members have played an integral role 

in the development of bleeding disorder care not only in Ontario, 
but across Canada and internationally.

As part of a year-long engagement process, we heard time and 
again from members about the imperative need for continued 
advocacy in our community. From the need to campaign for 
Ontario’s nine bleeding disorder treatment centres (HTCs) to have 
the resources required to meet the Standards of Care, to ensuring 
members will have access to treatments as they evolve from 
groundbreaking research happening today, advocacy remains an 
essential component of Hemophilia Ontario’s role and activities. 
Complacency is not an option as we navigate the balance between 
celebrating the high level of care enjoyed by most bleeding disorder 
patients today and the very real concern for our future.

In order to focus our efforts, to hold ourselves accountable, 
and to engage a cross-section of our membership, Hemophilia 
Ontario formed an Advocacy Committee in the spring of 2017. The 
committee has a diverse background, including Board members, 
staff, volunteers, members who are personally affected by a bleeding 
disorder, parents of children who are affected, and unaffected 
members with carefully selected skill sets.

The Terms of Reference for the committee have been established 
and outline its role:
 To establish priorities related to care and treatment for inherited 

bleeding disorders in Ontario;
 To develop and implement a work plan that addresses the 

identified priorities;
 To be visible within the bleeding disorder community and provide 

information about its activities and priorities back to the general 
Hemophilia Ontario membership;

 To provide information and feedback to the Executive Director 
about opportunities for advocacy within the sector;

 To formulate positions for the Hemophilia Ontario Board of 
Directors’ review and consideration, where required.

The committee’s composition is a minimum of six and a 
recommended maximum of ten individuals, with every effort made 
to ensure representation from each Hemophilia Ontario region 
(TCOR, SWOR, CWOR, OEOR, and NOR). All committee members 
must have membership in good standing with Hemophilia Ontario, 
be a resident of Ontario, and have demonstrated knowledge of 
policy development and advocacy, government relations, and 
communication strategies. Though we do not currently have an 
HTC member on the committee, individuals employed as a clinic 
team member within a bleeding disorder treatment centre are 
ideal candidates for membership. HTC team members will serve 

in an advisory capacity to the committee and not count toward the 
limit of 10 members.

The first meetings of the Advocacy Committee were devoted to 
establishing a set of priorities, defined by short-, medium-, and long-
term goals. Once established, a work plan was created and specific 
tasks assigned to each committee member. This is a working committee 
and each member is expected to actively participate. Meetings of the 
committee are now focused on reviewing progress of the work plan 
toward our established priorities, as well as discussing issues that 
have been raised by the membership since our last meeting. 

The ongoing short-term goals for the committee include 
seeking an increase in staffing levels at identified HTCs that are not 
currently meeting the Standards of Care, and providing support in 
rolling out use of the Canadian Bleeding Disorders Registry (CBDR) 
as efficiently as possible.

Medium-term goals include a strategy for education related 
to bleeding disorder care in emergency departments, supporting 
members with transitioning from pediatric to adult care, and 
advocating for increased core resources in all of our HTCs.

In the long term, the committee would like to see the Standards 
of Care fully revised and updated, and to have the HTCs re-assessed 
in accordance with the newly revised standards, so that we can help 
advocate for whatever resources may be required to ensure our 
clinics have the necessary funding to meet the updated standards.

These are big goals and long-term dreams with the vision to 
match. But by keeping the committee consistently engaged, and 
breaking enormous tasks into smaller steps, we are already starting 
to see progress. Early wins for the Hemophilia Ontario Advocacy 
Committee in 2017 include:
 After patient concerns were raised about the cancellation of clinics 

last spring at one HTC, we connected with the clinic team and they 
affirmed a commitment to offer both spring and fall clinics in 2018;

 A member of the current class of the AFFIRM program (a two-year 
international fellowship program to grow leadership and advocacy 
skills) is taking on the need expressed for emergency department 
education to address the challenges patients experience to be 
heard or to have their concerns acknowledged in a timely manner 
as a dedicated action project;

 Members of the Advocacy Committee have been able to increase 
use of the mobile app MyCBDR by assisting to register patients 
where their HTCs have come online and encouraging patients to 
use the tool even where their centres are still not online.

As we move further into 2018, the opportunities for this 
committee to make a significant impact on the lives of patients across 
Ontario seem endless. If you would like more information about 
what this committee is doing, or how you can become involved, 
please do not hesitate to contact me at jfoley@hemophilia.on.ca  
or 1-888-838-8846, ext. 17. 

A

CHAPTER SPOTLIGHT
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Alberta advocacy – one year later
by the CHS Alberta Chapter

ids camp is a place for children to have fun but the ultimate 
goal is to educate the children about their bleeding 
disorder. This includes lessons on how to recognize a 
bleed, mix and prepare their own factor product, and 

access a vein to self-infuse. Having a dedicated HTC trained nurse 
at camp to teach the children is a mandate of the Alberta Chapter.

There have been several barriers to nurse staffing at camps over 
the past few years. Policy barriers seem to be the most challenging. 
AHS will not allow a nurse to go to camp during work hours unless it 
is an AHS affiliated camp. Unfortunately, there are no AHS affiliated 
camps available that can accommodate our educational and safety 
needs. Clinic nurses can be granted vacation or a leave of absence 
to attend camp at the discretion of their manager. In the past, our 
chapter made it a priority to advocate for the nurses to take vacation 
or leave of absence and then through fundraising provided an 
honorarium for their invaluable participation. We are now advocating 
for camp attendance to be included in their job description in order 
to resolve the policy barriers and the need for nurses to use personal 
time to attend – and above all because the participation of HTC 
nurses is essential to the camp’s educational component.

Another challenge is HTC support for nurse staffing at camp. All 
levels of the HTC, from clinic directors, managers to nurses, need 
to believe in the importance of this camp and how it helps their 
patients thrive. With staff turnovers and vacancies, it has been 
difficult to advocate but is a crucial time to do so. Our chapter is 
working towards building relationships with management at the 
HTCs in our province.

While some progress has been made since last year, we are still 
working to ensure the future of nurse participation at Camp Kindle.

During the year, another issue arose related to product 
availability that affected some of our board and membership. Again, 
policy barriers play a huge part in this issue and with the help of the 
clinical staff, we have been advocating on behalf of patients affected 
by product changes. Using the tools and skills learned during the 
advocacy workshop, we are engaging in dialogue and meetings 
to convey our members’ determination to have ongoing access to 

their factor products and health care sustained at high levels. Our 
members are learning the importance of being educated about the 
tender processes through which products are made available in the 
market and how important it is for the CHS to be involved. Change 
is slow and laborious. This, we have learned, is the pace of advocacy. 
However, although advocacy often requires a lot of time and effort, it 
is so essential to the lives of people with bleeding disorders.

The CHS advocacy workshop provided an important opportunity 
for members of our executive, board of directors and advocacy 
leaders to establish our priorities, hear from our clinic leaders, 
discover strategies, introduce new board members to the issues 
facing our chapter, and hear valuable input from the national staff. 
We highly recommend to other chapters to participate in the CHS 
advocacy workshops. 

K

OUTCOMES OF ADVOCACY WORKSHOPS AT THE CHAPTER LEVEL

The CHS advocacy workshop, held just over a year ago, helped establish top priorities for the CHS 
Alberta Chapter and provided a foundation for our advocacy efforts. Our number one priority 
was identified as working with Alberta Health Services (AHS) and the two pediatric hemophilia 
treatment centres in Alberta to allocate time for nurses to attend the CHS Alberta Chapter Kids 
Camp Kindle. 
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The deadline to submit applications for this year is April 30, 2018. The criteria and application forms are available on the CHS website 
at www.hemophilia.ca/en/support-and-education/james-kreppner-scholarship-program. – J.A. 

CHS James Kreppner Memorial 
Scholarship and Bursary Program

The CHS preceptorship program for nurses, physiotherapists and social workers aims to expand 
the knowledge base for existing practitioners and/or increase exposure to the bleeding disorder 
treatment centres (HTCs) and the various disciplines.

CHS preceptorship program:  
2017 recipients and 2018 deadline

llied health care providers currently working in HTCs have relatively few opportunities to develop their knowledge and skills as 
they are often the only people at their institutions working in the inherited bleeding disorder field. Training with experienced 
colleagues at other centres is very beneficial. In addition, HTCs have limited visibility within their institutions. For those with 
10 years or more experience, the preceptorship will allow them to further advance their expertise and specialized knowledge.

Individuals who are selected to participate in this program will spend two weeks at a Canadian bleeding disorder treatment centre.
In 2017 two preceptorships were allocated: 

The deadline for submission of completed applications with supporting documents this year is April 30, 2018.
The Preceptorship program criteria and application forms are available on the CHS website at www.hemophilia.ca/en/care-and-

treatment/preceptorship-program-for-nurses--physiotherapists-and-social-workers. – J.A. 

A

Camelia La Riccia, SW, of the Children’s Hospital of Eastern Ontario in Ottawa (CHEO), will 
be doing her preceptorship at the Hospital for Sick Children in Toronto under the supervision of 
Diana Cottingham, SW, and the McMaster University Medical Centre under the supervision of Linda 
Waterhouse, SW.

Marie-Hélène Thompson, RN, of l‘Hôpital Fleurimont, Centre hospitalier universitaire de 
Sherbrooke (CHUS), will be doing her preceptorship at the McMaster University Medical Centre of 
Hamilton Health Sciences, under the supervision of Kay Decker, RN.
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New updates about the HCV Special 
Distribution Benefits
by Michel Long, CHS Program Manager

ince then, the Administrator of the plan issued retroactive 
payments between February 2 and July 24, 2017 for the 
HCV Special Distribution Benefits where it could do so 
in the following areas: fixed payments for levels 1, 2, 3, 

5 and 6 and fixed payments for the estates of persons who died 
before 1999; family member payments to children over 21 and 
to parents of a deceased HCV-infected approved claimant; loss of 
income (pension benefits compensation); loss of services; cost of 
care; and, out-of-pocket expenses. The details of the increases can 
be found on the website www.hepc8690.ca.

Unfortunately, several payments could not be made where the 
Administrator did not have current contact information for the 
recipient or the name and contact information for an executor of 
the estate. If you or someone in your family has not received 
an expected payment, please contact the Administrator to 
ensure it has accurate contact information (1-877-434-0944 /  
info@hepc8690.ca). Efforts will continue to locate all entitled recipients.

New motions/applications filed with the courts now approved
The Joint Committee, which oversees the compensation plan, 

filed several motions/applications in 2017 requesting the courts 
to approve those areas that were not finalized in the August 2016 
decisions. The courts, instead of dealing with the Joint Committee’s 
motions for approval and implementation at a November 2017 
hearing, decided to deal with these in writing, as the parties agreed 
on the form of the orders requested. Three orders of the courts 
were signed in December 2017 which resulted in decisions in areas 
of interest to us, particularly the first two areas listed below, given 
the recommendations we had submitted for the courts and the 
Joint Committee to consider.

1. The HCV Late Claims Benefit Plan
The court ordered that about $40 million be allocated to 

the HCV Late Claims Benefit Account to provide benefits to 
late claimants that are not different or better than the benefits 
paid to other class members under the settlement, including 
the HCV Special Distribution benefits described above. Late 
claimants are those who were infected with the hepatitis C 
virus from blood or blood products during the class period 
(January 1, 1986 to July 1, 1990) and/or their family members 
who did not make a claim prior to the first claim deadline of 

June 30, 2010, and who do not meet the requirements and/
or timelines for the exceptions to the June 30, 2010 deadline 
set out in the settlement agreement and the existing court 
approved protocols.

A national awareness campaign has begun to alert late 
claimants of their ability to make a claim under the HCV Late 
Claims Benefit Plan. Please visit www.HepCclassaction.ca or 
call 1-866-353-4003 for more information. Claimants have until 
March 31, 2025 to begin the application process.

2. Allow living individuals with hemophilia co-infected with 
HCV and HIV who opted for a lump sum payment of $50,000 
to opt in again and obtain all benefits

The court ordered that $5.1 million be allocated to allow 
living individuals with hemophilia and co-infected with HCV 
and HIV who opted for a lump sum payment of $50,000 under 
section 4.08 (2) of the Hemophiliac HCV Plan the opportunity to 
opt in again and obtain all benefits to which they may be entitled 
under the Settlement Agreement, the HCV Special Distribution 
Benefits described above and any future benefits ordered as 
if that decision to opt out had not been made, provided the 
amounts they have received are indexed to the date of their 
opt-in and deducted. (Co-infected hemophiliacs need to qualify 
for level 3 or higher to benefit.)

3. Allow payment of loss of services benefits for the lifetime 
of all living dependents with permanent disabilities of an 
Approved HCV-Infected Person

The courts ordered that $4.3 million be allocated to allow 
payment of loss of services benefits for the lifetime of all living 
dependents with permanent disabilities of an Approved HCV-
Infected Person instead of those payments ceasing at the 
natural life expectancy of the Approved HCV-Infected Person.

The parties have asked the courts to adjourn the motion 
concerning Compensable HCV Drug Therapy for the filing of 
additional evidence. This concerns HCV therapies eligible for 
compensation if the treating physician certifies that their patient, 
who is a class member, suffered adverse side effects as a result 
of the direct-acting anti-viral agents (DAA) treatment approved by 
Health Canada as Compensable Drug Therapy. 

S

As our readers will recall from past articles, the court decisions on the applications to allocate 
excess capital of the Hepatitis C (HCV) January 1, 1986-July 1, 1990 Class Actions Settlement to enhance 
benefits were released in mid-August 2016. 
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CBS contracts for FVIII and IX  
for 2018-2020 
by David Page, CHS National Director of Health Policy

dynovate, a rFVIII from Shire, does not currently have 
an indication (approval for specific use) for children 
with hemophilia A under 12 years of age. Similarly, 
Rebinyn, a rFIX from Novo Nordisk, is not indicated for 

routine prophylaxis in children and adolescents with hemophilia B 
under 18  years of age; however, Rebinyn can be prescribed to 
treat bleeding and for short-term prevention of bleeding in all age 
groups. Similar decisions were made by the European Medicines 
Agency. (See the feature article on Rebinyn on page 16.) Both 
Adynovate and Rebinyn use PEG (polyethylene glycol) to extend the 
half-lives of the FVIII and FIX molecules. It is not known if and when 
Health Canada will grant indications for prophylactic use of these 
products in the age groups above. As a result, two extended half-
life products from Bioverativ—Eloctate (rFVIII) and Alprolix (rFIX)—
will continue to be available for these age groups.

Regardless of future Health Canada decisions, Eloctate will 
remain accessible for minimally treated patients (up to 100 exposure 
days) and for patients currently on immune tolerance protocols. An 
“exposure day” is defined as a day during which FVIII was infused. 

Hemophilia A
The three standard half-life recombinant factor VIII products 

currently available—Kovaltry (Bayer), Nuwiq (Octapharma) and 
Xyntha (Pfizer) will continue to be available. Adynovate, a pegylated 
form of Advate with a half-life 1.4 to 1.5 times longer than 
standards products, will be added to the portfolio.

Eloctate will be available on a named-patient basis for previously 
untreated patients currently using Eloctate up to a maximum of 
100 exposure days for the duration of the contract. Pediatric and 
adult patients currently receiving Elocate for immune tolerance 
induction (ITI) to eliminate an inhibitor will be able to continue 
using Eloctate to the end of their ITI protocols, again on a named-
patient basis. For the foreseeable future, children aged 12 years 
and under will continue to have access to Eloctate.

Hemophilia B
The standard half-life recombinant factor IX product, Benefix 

(Pfizer), will continue to be available. Rebinyn, a pegylated FIX with 
a half-life five times longer than standard products, will be added to 
the portfolio. For the foreseeable future, children and adolescents 
under 18 years of age will continue to have access to Alprolix for 
routine prophylaxis.

Transition
Exact details of the timing of transition for those patients 

changing products have not yet been worked out. Switches could 
take place before or after April 1, 2018. Questions about possible 
switching to a different product should be directed to hemophilia 
treatment centres.

Cost savings
The cost reduction as a result of these RFPs, considering 

all plasma protein and recombinant products, is estimated by 
CBS at $125 million in 2018-19 and $190 million in 2019-2020. A 
significant percentage of these savings can be attributed to factor 
concentrates. The CHS will make every effort to have at least a 
portion of these savings re-invested in care, including funding of 
the Canadian Bleeding Disorders Registry. 

A

On December 17, Canadian Blood Services released the final results of the Request for Proposals 
(RFP) for the period of April 1, 2018 to March 31, 2020 with the potential for two one-year 
extensions. A previous CBS announcement on October 31 was dependent on several decisions 
by Health Canada. Health Canada’s decisions are now known and they have had an impact on the 
product mix first announced by CBS.
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New rFVIII contracts by Héma-Québec
by François Laroche, CHSQ President

The new FVIIIs in Quebec

hat’s right! There will be more changes 
in the availability of coagulation 
products in the coming weeks now 
that Héma-Québec has announced 

it has awarded new contracts for recombinant 
factor VIII concentrates. This is the outcome of 
the call for tenders that took place in the latter 
half of 2017.

As a result, Zonovate, manufactured by 
Novo Nordisk, and Nuwiq by Octapharma, two 
standard half-life factor VIII concentrates for the 
treatment and prevention of bleeds in hemophilia 
A patients, will replace Pfizer’s Xyntha and Shire’s 
Advate as of April 1, 2018. The latter two products 
will disappear from the Quebec market when inventories at Héma-
Québec and the hemophilia treatment centres (HTCs) and patient 
supplies are used up. The contracts foresee a market distribution 
of approximately 53% for Zonovate and 47% for Nuwiq. These 
agreements will be in effect for a duration of two years, until 
March  31, 2020, and include two one-year renewal options, at 
Héma-Québec’s discretion.

This means that neither of the extended half-life products that 
was part of the 2017 call for tenders, Bioverativ’s Eloctate and Shire’s 
Adynovate, was selected. Nevertheless, Eloctate will continue to 
be accessible to certain patients who meet the restrictive criteria 

adopted in 2015 (i.e., short half-life, venous 
access issues and other medical need).

Héma-Québec’s 2017 call for tenders did 
not include recombinant factor IX concentrates. 
The current contract with Shire’s Rixubis for 
the treatment and prevention of bleeds in 
hemophilia B patients will remain in effect until 
March 31, 2022.

Bioverativ’s Alprolix and CSL Behring’s 
Idelvion, both extended half-life products, are 
also available for certain hemophilia B patients 
who meet the same restrictive criteria that apply 
to hemophilia A.

According to Héma-Québec, the newly signed 
agreements will result in significant savings for the Quebec health 
care system of about $10 million per year over the full terms of the 
contracts.

Strong competition in the coagulation therapy market, resulting 
in downward pressure on the prices of recombinant factor 
concentrates, along with the imminent arrival of new therapies in 
the Canadian market, has resulted in product switching becoming 
more frequent. There is every reason to think that this trend will 
continue.

Stay tuned for news from your HTC about when and how these 
product switches will happen. 

uwiq was the subject of a feature interview with 
Dr. Anthony Chan and Dr. Lidia Cosentino in the March 
2017 issue of Hemophilia Today. The full interview is 
available at bit.ly/2nv9CVl.

Zonovate is brand new to Canada. Also called turoctocog alfa, 
Zonovate is a B-domain truncated, standard half-life recombinant 
factor VIII manufactured using a Chinese hamster ovary cell line. It 
is approved for children and adults for the following indications:
 the treatment and control of bleeding episodes;
 perioperative management; and
 routine prophylaxis.

During clinical trials with 214 patients, no inhibitors developed 
in previously treated patients.

Zonovate comes in vial sizes of 250, 500, 1,000, 1,500, 2,000 
and 3,000 IUs. Each is mixed with 4 mL of diluent using the MixPro 
device. Zonovate is stored between 2 and 8°C but can be kept out 
of refrigeration under 30°C for a period of twelve months.

The product monograph can be found at www.novonordisk.
ca/content/dam/Canada/AFFILIATE/www-novonordisk-ca/
OurProducts/PDF/Zonovate_PM_English.pdf. – D.P. 

T

N

The two new recombinant factor VIII products to be introduced in Quebec starting in April are 
Nuwiq, manufactured by Octapharma, and Zonovate, manufactured by Novo Nordisk.



Hemophilia Today  March 201812

rFVIII products for 2018-2020
Product Half-life Quebec All other provinces

Adynovate 1.4 to 1.5 times that of 
standard products

Not currently available Available for all patients 12 years  
and over

Eloctate 1.5 times that of 
standard products

Available to patients who meet strict 
criteria (short half-life, venous access 
difficulty, other demonstrated  
medical need)

Available for patients currently on 
immune tolerance induction protocols

Available for patients currently under  
100 exposure days

Available for patients under 12 years  
of age (until further notice)

Kovaltry Standard Not available No restrictions on access

Nuwiq Standard No restrictions on access No restrictions on access

Xyntha Standard Not available No restrictions on access

Zonovate Standard No restrictions on access Not available

The Great MyCBDR/iCHIP Challenge
by David Page, CHS National Director of Health Policy

he benefits of using MyCBDR, the patient reporting 
module of the Canadian Bleeding Disorders Registry, 
and iCHIP, a similar system used in BC, are easy to see:
 No more paper infusion logs

 Fast, easy and secure transmission of bleed and treatment 
information to the care team

 Better and faster feedback from the care team on treatment
 Information on bleeds and infusions at the patient’s/caregiver’s 

fingertips
 More complete information on health outcomes on all patients 

leading to improved care for all
 Robust data on utilization to justify the health expenditures on 

coagulation therapies.
These benefits will only be real, however, if patients, caregivers 

and health care providers use the tools to their full capacity. This 
means registering, reporting all bleeds and infusions, and regularly 
reviewing the data to improve management.

As of February 2018, both BC centres and 18 of the other 
24  Canadian treatment centres were fully operational with their 
information systems. Only the bleeding disorder programs in the 
four centres in Alberta, the Thunder Bay Regional Health Sciences 
Centre and the Ottawa Hospital remain off-line. The final legal 
and privacy agreements for CBDR should be concluded in these 
centres in early 2018. BC’s iCHIP anonymous data will eventually be 
integrated into CBDR to provide a truly national picture.

As of the beginning of this year, 2,165 (55%) of the approximately 
3,400 patients with hemophilia A and B counted in the Canadian 
Hemophilia Registry (not counting BC) were registered with 
CBDR. Almost 1,000 people reported in 2017 via MyCBDR and 
164,000  infusion reports were made, of which almost 10,000 were 
bleeds.

A goal of the 2016-2020 CHS strategic plan is to reach 95% patient 
registration and use of MyCBDR and iCHIP by the end of 2018. We’re 
more than halfway there! With the addition of the last six treatment 
centres and more individual participation, the goal is within reach.

To promote registration and use (and have a little competitive 
fun), the CHS and the Canadian Association of Nurses in Hemophilia 
Care are launching the MyCBDR-iCHIP Challenge. The centre with 
the highest percentage of home care patients taking full advantage 
of MyCBDR or iCHIP between July 1, 2018 and December 31, 2018 
will be the winner. One of the patients from that centre, chosen at 
random, will win an all-expenses-paid trip to Rendez-vous 2019 in 
May 2019 in Montreal.

Be part of the MyCBDR/iCHIP Challenge. Register and start 
reporting! 

T

Canadian Bleeding Disorders Registry: cbdr.ca
iCHIP: ichip.ca
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rFIX products for 2018-2020
Product Half-life Quebec All other provinces

Alprolix 2.5 to 3 times that of 
standard products

Available to patients who meet strict 
criteria (short half-life, venous access 
difficulty, other demonstrated  
medical need)

Available for patients under 18 years  
of age (until further notice)

Benefix Standard Not available No restrictions on access

Idelvion 5 times that of 
standard products

Available to patients who meet strict 
criteria (short half-life, venous access 
difficulty, other demonstrated medical 
need)

Not available

Rebinyn 5 times that of 
standard products

Not currently available No restrictions on access, but not 
indicated for patients under 18 years

Rixubis Standard No restrictions on access Not available

PROBE moves to intensive data collection phase
by David Page, CHS National Director of Health Policy

n 2018, the PROBE (Patient Reported Outcomes, Burdens 
and Experiences) study is starting the intensive data 
collection phase of its work. It is unique in being the world’s 
first patient-reported outcomes research study conceived 

by patients and whose principal investigators are primarily patients.
The goal of the PROBE study, which uses a short questionnaire 

to collect data, is to investigate patient perspectives on outcomes 
they deem relevant to their lives and care. For the moment, PROBE 
is focusing on hemophilia A and B.

Government and private payers increasingly value data based 
on patient-centered outcomes research as part of the overall cost-
benefit evaluation of high-cost care and treatment of diseases such as 
hemophilia. More robust patient reported data will improve advocacy 
efforts to support comprehensive care programs, improve prophylaxis 
regimens and justify the introduction of innovative therapies.

The first phase of the study in 2015 tested the feasibility of 
having the questionnaire administered by the National Member 
Organizations (NMOs) of the World Federation of Hemophilia. 
Canada was one of 17 participating NMOs. This phase confirmed 
the content and clarity of the PROBE questionnaire, the robustness 
of study methodology and the ease of administration.

The second phase of the PROBE study, conducted in 2016 and 
2017 in which Canada also participated, assessed the validity and 
reliability of the questionnaire using statistical analysis.

The PROBE questionnaire 
can be administered via 
paper surveys at patient 
organization meetings or via an online portal. People not affected by 
a bleeding disorder are encouraged to complete the questionnaire 
as well; they serve as a control group. The completed surveys are 
then sent to McMaster University in Hamilton (ON) for entry into a 
secure computerized database.

These are a few of the questions the PROBE study will answer:
 In a given country, compared to the general population, how 

does hemophilia affect a person’s ability to be educated? To be 
employed?

 In a given country, how does chronic pain affect the ability of a 
person with hemophilia to conduct activities of daily living?

 How does the level of treatment provided in a country affect the 
health status of a person with hemophilia, compared to other 
countries in the region and the rest of the world?

The CHS is committed to gathering as much data as possible 
over many years. There will be opportunities to complete the 
PROBE questionnaire at CHS/chapter meetings and online.

To learn more, or to read published abstracts, posters and articles 
that report on the PROBE data, visit probestudy.org. To find out more 
about participating in data collection, you can contact me by e-mail 
at dpage@hemophilia.ca or by phone at 1-800-668-2686, ext.224. 

I
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THE PHYSIO CORNER

HIRT? continues to promote  
injury self-management for  
young men with mild hemophilia

Physio Moves Canada

IRT? is an injury self-management app designed for 
young men with mild hemophilia. It was initially released 
in December of 2014. The app was evaluated in 2015 
and shown to increase the confidence of users in their 

ability to manage their injuries1.
During the evaluation we received suggestions about ways to 

improve the app2. This led to an updating meeting held May 15, 2017, in 
Saskatoon. Participants were original team members Kathy Mulder (PT, 
Winnipeg), myself, and Dr. Richard Lomotey, formerly of Saskatoon and 
now a computer science professor at Pennsylvania State University3. 

He brought with him two 
university students, Joseph 
Pryor and Tyler Suehr, who 
are using the HIRT? app as one 
of their class projects. Several 
revisions were made to the 
Android version of HIRT?. The 
iOS version is more challenging 
to update, but we anticipate 
completion by May 2018.

he Physio Moves Canada project is the first of its kind 
designed to address the future of physiotherapy (www.
physiomovescanada.com). Canadian physiotherapists 
were invited to submit their innovative projects and 

interventions. HIRT? was selected as one of the innovations to 
be explored further! Dr. David Walton from Western University 
spearheaded the project and travelled from coast to coast 
interviewing innovative therapists. He met with me and Andrea 
Willenborg (back-up PT) in Saskatoon in July 2017. It was interesting 
to present our project, but also great to have the opportunity 
to promote awareness of the exciting and essential role of 
physiotherapists as key members of the multidisciplinary care 
teams at bleeding disorder treatment centres across Canada.

HIRT? was recognized with Canadian Technology Wireless 
Awards in 2015 in both Manitoba and Saskatchewan. HIRT? has 

filled a need identified by young men with mild hemophilia4, as a 
tool to help individuals with mild hemophilia assess their injuries 
and identify bleeds that need medical attention. I recently received 
anecdotal evidence from a nurse at an HTC that the app is beneficial: 
“A patient was at work on a Saturday and felt a funny tingling in his 
right thigh after lifting a box. He then used the HIRT? app to help 
decide what he should do. The app indicated that he should be 
assessed in the ER … and he did just that. It was found that he had 
a thigh bleed. He used the app also for follow-up assessments and 
the injury is getting better!” It works!

Hirt? has been funded by two CHS research grants (Care until 
Cure [2006] and CHS/Baxter Canada Inherited Bleeding Disorders 
Fellowship Program for Nurses and Allied Health Care Professionals 
[2014]) and two Bayer Hemophilia Awards Program (BHAP [2011 
and 2014]). 
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by JoAnn Nilson, PT, Saskatchewan Bleeding Disorders Program, Saskatoon

From left to right: Joseph Pryor,  
Tyler Suehr and Dr. Richard Lomotey
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THE BLOOD FACT  R

by David Page, CHS National Executive Director

David Page (DP): Dr. Saad, can you tell us about the history 
of the development of Rebinyn?

Dr. Hossam Saad: Rebinyn, in development by Novo Nordisk for 
over 10 years, came about because of the need for less frequent 
infusions and higher trough levels in the treatment of patients with 
hemophilia B. Trough level is the lowest level of factor a person on 
prophylaxis reaches, just before his next infusion. Novo’s end goal 
was higher quality of life with better treatment regimens. Rebinyn 
was approved by the FDA in the U.S. in May 2017, by the European 
Medicines Agency (EMA) in June 2017 and by Health Canada in 
November 2017. It is currently in use in Switzerland. Novo Nordisk 
is preparing to begin marketing in the U.S. and Canada.

DP: What are the approved indications for use in Canada?

Dr. Saad: Health Canada has approved Rebinyn for use in patients 
with hemophilia B of all age groups for the control of bleeding, 
for the prevention of bleeding (i.e. before a risky activity) and in 
the perioperative setting. In addition, it is indicated for patients 
18 years of age and older for routine long-term prophylaxis.

Dr. Manuel Carcao: We need to recognize that many drugs are not 
initially approved for use in the pediatric setting, yet pediatricians, 
in discussion with patients/families, may nevertheless choose 
to use them; hence, Rebinyn, while not indicated for prophylaxis 
under the age of 18 by Health Canada, may still end up being used 
for prophylaxis in this age group.

DP: Dr. Carcao, could you explain the concept of extended 
half-life?

Dr. Carcao: Half-life is the time it takes for half the product, once 
infused into a person, to be degraded or destroyed. The longer the 
half-life, the longer the product lasts in a person’s body. It generally 
takes about five or six half-lives to completely eliminate a product. 
There has been a big drive over the last 10 years to extend the half-
life of factor so that patients ultimately need fewer infusions or can 
maintain higher trough levels to protect them from bleeds, or both.
Half-life varies from individual to individual. Some patients are 
quite fortunate in that their half-lives are longer than normal; other 
patients may have shorter half-lives. Still, everyone may benefit 
from a product that has a longer half-life.

DP: How does the technology used to extend half-life in 
Rebinyn compare with other factor IX products?

Dr. Carcao: For factor IX, three technologies are currently being 
used to extend half-life. All three involve the concept of taking 
recombinant factor IX and binding something to it. The three 
different things that are being fused to factor IX to prolong half-life 
are: 1) recombinant Fc; 2) recombinant albumin and 3) polyethylene 
glycol (PEG). The first technology—Fc—is used in Alprolix, which has 
been available in Canada for the last two years. The Fc extends the 
half-life of Alprolix by about three-fold vs standard factor IX. The 
use of recombinant albumin to extend the half-life of factor IX is 

Interview conducted by David Page, CHS National Director of Health Policy, on behalf of 
Hemophilia Today.

Rebinyn, an extended half-life factor IX concentrate, manufactured by Novo Nordisk, 
is one of the “winners” in the recent Canadian Blood Services tender for the 2018-2020 
period. (See page 10 for more information on the tender results.) It will become available 
across Canada, except in Quebec, starting on April 1. Hemophilia Today interviewed 
Dr. Manuel Carcao, pediatric hematologist and co-director of the Comprehensive Care 
Hemophilia Program at The Hospital for Sick Children in Toronto and lead author of the 
Paradigm  5 study on the use of Rebinyn in children, and Dr. Hossam Saad, Associate 
Director of Biopharm Medical Affairs at Novo Nordisk Canada, to learn more about this 
new therapy.

Rebinyn, an extended half-life factor IX, 
to be launched April 1

Dr. Hossam Saad

Dr. Manuel Carcao
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used in a product called Idelvion, which is licensed in Canada but is 
only available in Quebec under strict criteria. Rebinyn uses PEG to 
shield the factor IX from degradation and extend its half-life. Idelvion 
and Rebinyn extend the half-life of factor IX approximately five-fold.

DP: Rebinyn is a product that could potentially be used 
routinely over many years. PEG can be found in the brains 
of animals when it is infused at very, very high doses. This 
has raised some concerns among some physicians and 
patients alike about potential toxicity. Both EMA and Health 
Canada have held back from approving Rebinyn for routine 
prophylaxis in those under 18. What is the evidence on the 
safety of PEG?

Dr. Saad: After reviewing all the clinical information that we have 
and that we submitted to Health Canada, there is no indication of 
any adverse effects. No neurological adverse events were reported 
after five years of intensive study in clinical trials.

Dr. Carcao: There is a lot of evidence attesting to the safety of PEG and 
of pegylated medicines in general. First of all, pegylated medicines 
have been around for over 25 years. There are many pegylated 
drugs in use and many more in development. This is a technology 
that has been well studied. Second, many children have been using 
Rebinyn for over five years through the clinical trial period and they 
have demonstrated no short or long term adverse effects. Finally, 
while it is true that PEG has been found in the bodies of animals 
following the regular use of PEG, it reaches a steady state; it doesn’t 
continue to accumulate over time. Moreover, if one stops receiving 
PEG, the PEG will be completely eliminated. And finally, even in those 
animals who received massive doses of PEG, far higher than with 
Rebinyn in humans, we don’t actually see any adverse effects.

DP: Is more safety evidence needed before regulators like 
Health Canada will approve Rebinyn for routine prophylactic 
use in people under 18? How long will it take to gather that 
evidence?

Dr. Saad: Novo Nordisk is working with Health Canada and EMA to 
get an indication for prophylaxis in children. This involves gathering 
more safety and efficacy data for these age groups. We have the 
PARADIGM 5 extension study in children, which is ongoing, and the 
PARADIGM 6 study, which involves previously untreated patients. 
For the most part, these are very young children, most younger 
than two years of age. There is no timeline.

DP: What have you learned from clinical trials about the 
efficacy of Rebinyn in preventing bleeding?

Dr. Carcao: The impact of a five-fold extension of half-life for 
patients is tremendous. Most patients using standard half-life 
products like Benefix or Rixubis will require two to three infusions 
per week of 40 IUs per kilogram. Yet even with these frequent 
infusions, they don’t achieve trough levels higher than 1 to 5% of 
normal, which leaves them vulnerable to bleeding. The higher the 
trough level, the better the person is protected from bleeding. 
With Rebinyn, adults and children receiving one infusion per week 
are able to achieve a trough level of 25-30% in adolescents and 

adults, and 15-20% in younger children. These are remarkable 
trough levels. With such trough levels these individuals are almost 
completely protected from bleeds and are able to engage in most 
sports and work activities with almost no restrictions.

As a result of the higher trough levels, we are finding that patients 
on Rebinyn have less bleeding. Some adults switching to Rebinyn 
have reported a few bleeds but this is likely because they already 
had quite damaged joints prior to switching. When switched to 
Rebinyn, the vast majority of people, particularly children, do not 
experience any bleeds. Furthermore, over time these patients 
begin to recognize they’re well protected, become less anxious 
about being active, and in some cases become more active. All of 
this results in better quality of life, which has been reported. I see 
all of these benefits in the patients that I have switched to Rebinyn 
as part of the clinical trial, and who have been using Rebinyn for 
five years. Not one has wanted to return to the standard product 
when this was offered.

Dr. Saad: At a prophylaxis dose of 40 IUs/kg/week, adult patients 
spend on average over five days per week with a factor activity level 
above 40%. This means that they are in the non-hemophilia range 
of factor IX activity most of the week.

Dr. Carcao: These remarkable trough levels are being obtained 
with fewer infusions (one per week). Some patients can go two 
weeks between infusions and still maintain trough levels over 5%. 
This means far fewer infusions than they are receiving now.

Finally, the convenience factor cannot be overstated. The infusions 
can now be done at a more convenient time, say every Saturday or 
Sunday morning or afternoon. And all this can be achieved with a 
standard dose of 40 IUs per kilogram. In the past, patients would 
sometimes miss infusions, particularly when we would ask them to 
infuse on weekday mornings; some mornings they just do not have 
enough time to infuse. On Rebinyn, adherence appears to be better.

DP: Who would benefit the most from using a product like 
Rebinyn?

Dr. Carcao: All patients can benefit. Severe hemophilia B patients 
who bleed a lot despite prophylaxis with standard half-life factor 
concentrates would benefit greatly from these higher trough 
levels. Patients who do not bleed as much could benefit by going 
to prophylaxis every 14 days. Patients who have resisted being 
on prophylaxis, for whatever reason, may now see the benefit of 
starting once-every-two-week prophylaxis. Some mild patients 
who don’t self-infuse but occasionally bleed may also benefit from 
Rebinyn. Such patients can receive a dose of Rebinyn and be well 
protected for two weeks; this is great if they are going on a short 
vacation and want to be protected, or if they are planning on 
engaging in a lot of sports in a short period of time. For people with 
hemophilia B undergoing surgery, Rebinyn might shorten hospital 
stays and reduce the number of clinic visits needed to receive 
follow-up doses of factor after surgery.

DP: What about patients who only infuse to treat a bleed?

Dr. Carcao: When we treat a bleed with standard half-life products, 
we need to treat with two or three doses over a few days, often at the 
hospital. With Rebinyn, one infusion will suffice to treat most bleeds. 
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Emicizumab, a bispecific monoclonal antibody manufactured 
by Roche, has been approved by the U.S. FDA for the treatment of 
patients with hemophilia A and inhibitors. Its brand name in the U.S. 
is Hemlibra. In addition, the Committee for Medicinal Products for 
Human Use (CHMP) has recommended approval to the European 
Medicines Agency. A decision is expected in the coming weeks.

Health Canada is currently reviewing emicizumab and a Notice 
of Compliance (NOC) for patients with hemophilia A and inhibitors is 

expected this summer. Decisions on reimbursement, and therefore 
access for patients, however, may take longer. The Canadian 
Hemophilia Society is in contact with health authorities to urge 
them to make this innovative and potentially life-changing therapy 
available immediately following regulatory approval. Approximately 
100 Canadians with hemophilia A are affected by inhibitors, which 
make treatment much less effective.

The race to market with a gene therapy for hemophilia is 
heating up. In recent months, three companies have started, or 
announced imminent start-ups, of Phase III clinical trials. Phase III 
is the final phase before submission to regulatory agencies for 
market approval.

Biomarin, has achieved factor VIII expression levels of 50-150%, 
that is, in the normal range, in 11 of the 13 patients in its Phase I/II 
trial. In December, it dosed the first patient in its Phase III GENEr-8-1 
trial of valoctocogene roxaparvovec. A second trial, GENEr-8-2, with 
a lower dose, will begin later in 2018.

Spark’s trial of 10 people, including four Canadians, with SPK-9001 
resulted in factor IX levels of 20-40% and a dramatic drop in bleeding 
rates and factor usage. A Phase III trial is expected to start in 2018.

Uniqure’s AMT-061, like Spark’s gene therapy, uses the Padua 
gene to boost factor IX expression. It was granted “breakthrough” 
designation by the U.S. FDA and will move to a Phase III trial in the 
third quarter of 2018.

If the therapies are shown to be safe and effective in these trials, 
companies will prepare submissions to regulatory authorities, 
which can then take 6-12 months to decide on market approval. 

In mid-December, the U.S. FDA lifted a hold on the Phase II open-
label extension (OLE) study and the ATLAS Phase III program of fitusiran.

Fitusiran is a once-monthly, subcutaneously administered RNAi 
therapeutic in development for the treatment of hemophilia A 
and B, with or without inhibitors. Fitusiran also has the potential to 
be used for rare bleeding disorders. It is designed to lower levels 
of antithrombin with the goal of promoting sufficient thrombin 
generation to restore hemostasis and prevent bleeding.

The trial was stopped in September after the death of one of 
the study subjects from a blood clot in the brain. It is believed 

that the combination of fitusiran and repeated doses of factor VIII 
concentrate to treat a breakthrough bleed caused the blood clot.

Alnylam and the FDA have agreed on clinical risk mitigation 
measures, including protocol-specified guidelines and additional 
investigator and patient education concerning reduced doses of 
replacement factor or bypassing agent to treat any breakthrough 
bleeds.

In January, Sanofi obtained global rights to develop and 
commercialize fitusiran.

 Emicizumab approved in U.S., recommended in Europe

 Gene therapies move to Phase III clinical trials in 2018

 Fitusiran trial to re-start

DP: Dr. Saad, can you tell us about the practical side of 
Rebinyn?

Dr. Saad: Rebinyn comes in 500, 1,000 and 2,000 IUs/vial, each 
with 4 mL of diluent in a prefilled syringe. In all situations, Rebinyn 
should only be used before its expiry date on the vial. Before 
reconstitution, it can be stored either in the fridge at 2 to 8°C or 
up to 6 months one time at room temperature (up to 30°C). After 
reconstitution, it should be used immediately; otherwise, it can 
be stored for up to 24 hours in the fridge at 2 to 8°C, or at room 
temperature up to 30°C for up to 4 hours.

DP: What is the schedule for introduction of Rebinyn across 
the country?

Dr. Saad: According to the contract with CBS, Rebinyn will be 
introduced in all treatment centres served by CBS starting on April 1. 

A plan will be developed to ensure a smooth transition and avoid any 
wastage of product. Patients should contact their HTC staff.

DP: In summary, Dr. Carcao, what are the key benefits of 
Rebinyn?

Dr. Carcao: The tremendous half-life extension. The much higher 
factor levels obtained between doses. The very high trough levels. 
All of this resulting in fewer infusions, leading to better adherence 
and better health outcomes. 

Editor’s note: The Rebinyn product monograph is available at 
www.novonordisk.ca/content/dam/Canada/AFFILIATE/
www-novonordisk-ca/OurProducts/PDF/rebinyn-product-
monograph.pdf
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For more information regarding the 2nd Canadian 

conference on bleeding disorders in women, please go to 

the CHS website.

, the Canadian Hemophilia Society program 
for women, aims to increase diagnosis and access to care 
for women and girls with inherited bleeding disorders.

 

June 1, 2018    Hilton Quebec    Quebec City

This unique one-day conference exclusively dedicated to bleeding  
disorders in women will bring together health care professionals  
from the fields of:

hemophilia, VWD and rare bleeding disorders   

obstetrics | gynaecology | nursing | physiotherapy   

social work | emergency medicine | family medicine

 will feature the following topics and more:

 Laboratory tests to diagnose bleeding disorders in women

 Bleeding assessment tools in caring for women with 
bleeding disorders

 Quality of life issues in menorrhagia

 Management of iron deficiency

 Emergency management of heavy menstrual bleeding

 Bleeding in carriers of hemophilia

 Managing postpartum hemorrhage in women with 
bleeding disorders

 Delivery of a baby to a mother with a bleeding disorder

 Anesthesia considerations in women with bleeding disorders

The conference will be held in conjunction with the annual meetings 
of the AHCDC, CANHC, CPHC and CSWHC.
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A letter to Rory and Quinn,  
my cousin’s boys
Part 2. Where advocacy starts.

ou would have loved the pool parties. Once a month 
or so? Or did it just seem like it was that often?i The 
hemophilia community would gather at the Daytons’ 
placeii for a meeting, a meal, a swim. We were a tight 

community, due in part to the fact that so much time was spent 
in emergency, waiting for some ham-fisted plaster cast specialist 
to attempt some hybrid form of venipuncture/pincushion/tortureiii. 
These kinds of experiences seemed to cement relationships. These 
gatherings were important for many reasons, of course. Our parents 
needed to have a drink, or six. We needed to play with others who 
bled like we did, and knew the jokes the hospital reverend would 
tell us while we writhed away in the plastic chairs waiting for our 
turn down the hall getting the plasma or cryoprecipitate that, as we 
were driving home to North Delta, Port Moody, New Westminster, 
would cause our faces to explode in hives from some mismatched 
transfusion. Good times!

It was hard, of course, but as Victor Frankl argues in his book Man’s 
Search for Meaning, it is not suffering that is the problem, it is the lack 
of meaning, beauty and joy that is the problem. These gatherings 
helped to build meaning into what was, and still is, in many parts of 
the world, a gruesome disease, with insufficient treatments.

As I told you in my first letter, and will likely remind you in 
each Letter to Rory and Quinn that will follow, things are different 
now, improved, and this is good. There is a problem though. As 
the treatment options expand from standard half-life products, 
to extended half-life products, subcutaneous injections, and 
soon enough gene therapy, our access to these revolutionary 
improvements in hemophilia treatment will not be guaranteed. In 
fact, the recent tenderiv at Canadian Blood Services showed us that 
the provincial governments’ thirst for saving money may make the 
most novel new therapies unavailable. Will you always have access 
to very good, world-class treatments? Probably. But will you be able 
to opt for a treatment that avoids intravenous injections altogether? 
Will you be able to choose gene therapy? This isn’t as clear.

The only way to ensure continued access to the best and most 
innovative therapies that the market can produce is for our community 
to advocate for this access. At the CHS, our Blood Safety and Supply 
Committee does a great job on our behalf, but it may not be enough. 
What has been demonstrated, time and time again, is that the voices 
of those directly affected have the most impact. Now, given this is a 
letter to you two, and you two are likely still working on your reading 
skills, advocacy may not be the best use of your talents. But what I 

would say is that the future of your treatment options lies in the hands 
of you and your parents and the relationships you build at camp, and 
at your local chapter. These are the relationships that empower our 
community to secure the future of hemophilia care in Canada.

So, register for camp, invite your hemo friends that you meet 
along the way for a sleepover. Share your best infected port stories 
by flashlight in your blanket forts. This is where the advocacy 
starts.v  

Y

THE SAGE PAGE

i I asked my mother Terry Waines about these pool parties. Turns 
out that the pool parties were probably more like once a year, 
but there were meetings once a month that were as much social 
as they were dedicated to building clinics and raising funds.

ii The pool parties were in fact at Greg Dayton’s. My mother 
remembers that Greg’s funeral, he was one of the early fellas 
with hemophilia to succumb to HIV, was beautiful.

iii This very specific example comes from my own experience. As 
my mother tells it, there were no nurses available to get my 
needle started, so me and my veins, were left with the guy who 
does the casts, yup, the plaster guy.

iv You won’t know what a tender is, I get it. Think of it like you 
trying to get a Pokémon card, and it just so happens that three 
of your friends have the card you are looking for. You need to 
trade for it, so you will consider each deal, with each of your 
friends and pick the card that is the best deal: How many cards 
will you have to give up? What shape is it in? etc.

v Also, I apologize for the endnotes, these will seem like hieroglyphics 
to you perhaps, but I thought it funny to include them in a letter 
to my cousins, who are 6 and 8. Endnotes are used by the author 
David Foster Wallace to great, hilarious and frustrating effect, in 
his tomb Infinite Jest. Give it a try when you are older, and if you 
make it through you will be better readers than me.

by Rick Waines, Victoria, British Columbia
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A GLOBAL PERSPECTIVE

New twinning partnerships for 2018
by Michel Long, CHS Program Manager

he World Federation of Hemophilia (WFH) has approved 
four new international twinning partnerships involving 
Canada, beginning this year. This means that we will 
have five twinnings including an HTC twinning project! 

Here is a glimpse of what we plan to do in the coming year.

HTC Barbados – Sick Kids Hospital and St. Michael’s Hospital, 
Toronto

The HTC partnership between the Queen Elizabeth Hospital, 
Barbados, and Toronto’s Sick Kids Hospital and St. Michael’s Hospital 
will work to establish a patient registry and identify new patients. 
A robust registry will allow the HTC team to track patient status at 
annual visits and on an ongoing basis to monitor their treatment 
and progress, and analyze and report clinical and patient outcomes. 
Measurements of joint health score and functional independence 
score will be taken of all patients. Comprehensive assessment of 
quality of life (QoL) will also be done with the objective of establishing 
a more enhanced comprehensive care model to improve quality 
of life for patients with hemophilia. Assistance with laboratory 
investigations and training of physiotherapists are also in the plans.

Mongolia – Manitoba Chapter
The partnership between the Mongolia National Hemophilia 

Association (MNHA) and the Manitoba Chapter is now in its third 
year. The WFH was very impressed by the scope of the activities 
undertaken in 2017 and recently awarded them the 2017 Hemophilia 
Organization Twins of the Year Award. This year, the chapter plans to 
invite patient representatives from Mongolia to Winnipeg to observe 
and learn about the Canadian experience and different aspects 
of hemophilia care including the organization of blood services, 
hydrotherapy practices, and patient organization advocacy and 
governance (i.e., patient outreach and public awareness, board roles 
and responsibilities, and formation of committees). The highlight 
of this year’s visit will be the hemophilia family camp, with the aim 
of transferring this invaluable educational format and organizing 
a family camp in Mongolia in the next year or so. Other important 
activities being planned in Mongolia include patient support 
initiatives (i.e., healthy living, education and psychosocial support), and 
development of a swimming program and organizational linkages.

Tunisia – Quebec Chapter
Following on our successful twinning completed in 2013, a 

renewal of the partnership between the Association tunisienne des 
hémophiles and the Quebec Chapter (CHSQ) will begin this year. A 
needs assessment survey of the Tunisian membership is planned to 
enable strategic planning and development of a short-term action 

plan. A survey on health services and quality of life for patients with 
bleeding disorders across Tunisia will be also done using PROBE.

Philippines – Canada
The CHS twinning with the Hemophilia Association of the 

Philippines for Love and Service (HAPLOS) is moving forward with 
agreement on the following objectives: membership development at 
both the national and chapter levels including volunteer leadership 
and governance workshops, chapter development and consolidation 
including the establishment of a chapter structure model and a 
program plan based on a needs assessment, HAPLOS and chapter 
fundraising and resource development, outreach to enhance 
collaboration and unity among Filipino hemophilia organizations 
and building a case for support to secure government support for a 
National Hemophilia Care Program. 

Youth Committee twinning: Bangladesh - Canada
The National Youth Committees of the Hemophilia Society of 

Bangladesh (HSB) and the CHS are starting a two-year youth twinning 
as part of a WFH pilot project, with a possibility that it could be 
extended. For the interim, due to a current travel ban to Bangladesh, 
most of the activities being planned will be carried out with no onsite 
visits. The objectives are as follows:
 Organize blood donation camps in various parts of the country. 

These camps will provide a community platform to raise awareness 
and educate the public (thus also helping to reduce misconceptions 
or stigma around bleeding disorders), in addition to  blood drives 
that provide the much-needed blood components for bleeding 
disorders treatment.

 Enhance the governance structure and capacity of the HSB National 
Youth Committee by establishing informal youth committees in all 
divisions of Bangladesh.

 Recruit youth volunteers from all 64 districts in Bangladesh, aiming 
for at least one volunteer from each district.

 Hold a governance and motivational workshop for youth 
committee representatives.

 Learn how to plan and run education/awareness campaigns.
 Enhance HSB educational materials.
 Develop training workshops for youth volunteers on various 

topics such as youth and family camps, blood donation drives, 
good governance and vocational education.

 Explore and enhance the use of various communication vehicles.

This will be an exciting year and we look forward to working in 
partnership towards our vision of a world free from the pain and 
suffering of inherited bleeding disorders. 

T
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ello, my name is Lina Bissonnette and I’d like to share my 
story with you.

On Thursday, December 12, 2013, I brought our 
daughter Chloé into the world. Two days later, we went 

home from the hospital. Before we left, however, the pediatrician 
noticed that our little Chloé’s belly button had not healed yet. Not 
too worried about it, he let us leave the hospital with the plastic 
clamp on the umbilical cord. The next day, Chloé’s belly button 
started bleeding. When we phoned the hospital, we were told that 
this was normal since she still had the little plastic clamp on.

On Monday, I made phone calls to the CLSC (Local community 
services centre) and to the hospital to let them know that our 
little girl’s belly button was still bleeding. Again, we were told that 
everything would be okay when the nurse removed the plastic clamp.

On Tuesday morning, the nurse finally removed the clamp 
and didn’t seem worried about the situation at all. That night, a 
pharmacist friend of mine came to give me gauze and diachylon 
to make a good compression dressing for my daughter. He agreed 
that this was starting to become worrisome. Around midnight, 
before going to bed, I called the hospital again to tell them about 
my concerns, but they gave me the same speech as before: “Don’t 
worry ma’am,” and so on and so forth. During the night from 
Tuesday to Wednesday, I had to change the compression dressing 

four times as it kept getting soaked in blood. In the morning, I 
phoned my CLSC, and, after speaking with the nurse, I learned that 
cauterisation might be an option.

I immediately called the hospital where I had giving birth and 
insisted that they get our file out and have us see a pediatrician.

Once we were there, a nurse did the initial evaluation. She 
had doubts about the explanation I had given over the phone. As 
soon as I removed my daughter’s pyjamas, the nurse’s jaw literally 
dropped. She didn’t want to go any further. She had me wait in a 
room while she went to find the doctor. About ten minutes later, 
the doctor came into the room, along with two nurses. He assessed 
the situation and explained to the nurses that this was a very rare 
occurrence and that an important vein must have been severed. 
After three cauterizations and one blood test, the doctor gave me 
an iron prescription and let me go home. He looked like he wasn’t 
too sure of himself. I was given an appointment on December 24, a 
week from that day.

The next day, 24 hours after the cauterisation had taken place, 
Chloé’s belly button started bleeding again. I started to panic. I called 
my pharmacist friend for help, then I called my husband, who left work 
immediately. Twenty minutes later, we were on our way to Sainte-
Justine Hospital. When we got there, they took us in right away. The 
team from the emergency department literally saved my daughter’s 

H

Our Stories

Chloé, the 
little miracle 
ballerina
by Lina Bissonnette  
Montreal (Quebec)



Hemophilia Today  March 2018 23

life that night. They had to work hard to administer injections to my 
baby, because at the time, she was so dehydrated that no vein was 
visible, much less accessible to them. The whole time, Chloé’s belly 
button was bleeding profusely. We were lucky to be able to stay close 
by, with the caring staff, while an amazing nurse finally managed to 
get some intravenous fluids into Chloé. Then they took her into the 
operating room.

A few agonizing hours later, the emergency physician came to 
see us and announced that our little princess of seven days was 
safe, but it had been a very close call. Less than 24 hours later, 
the intensive care doctor who had been put in charge of our file, 
with the help of Dr. Georges-Étienne Rivard, were able to do some 
testing and finally provide us with a diagnosis.

Chloé has afibrinogenemia. Her body is unable to produce 
factor  I, one of the proteins essential for blood coagulation. 
Fortunately, there are treatments for controlling this rare disease. 
But the fear of a potential uncontrolled bleeding episode persists. 
Neither my husband nor I were familiar with the disease; we had 
rarely heard of it or not at all.

Years have gone by and we’re getting better at adapting to the 
illness, but it’s still not easy. Not all stages of growth are simple, and 
they probably won’t be in the future. For one thing, since Chloé was 
diagnosed early in her life, her veins were too small to receive blood 
product transfusions. Infusions are generally done in 40 minutes 
but since my daughter was a newborn, it took three hours to 
complete the infusions, and this didn’t even include the time it took 
for them to find the vein. At the beginning, we were going to the 
treatment centre up to three times a week, and we were there from 
the time it opened in the morning until the time it closed at night 
(from 8 a.m. to 4 p.m.). Just thinking about it gives me shivers and 
makes me feel the anguish I went through all over again. I spent so 
much time crying while holding my little girl in my arms after the 
nurses’ multiple attempts to perform injections! But we had been, 
and still are, lucky to receive the care of an experienced, open-
minded team that doesn’t hesitate to ask for help from colleagues 
who aren’t even in the same department.

Allow me to explain. At Sainte-Justine Hospital, the bleeding 
disorder treatment centre shares space (dormitories) with the 
hematology centre. That’s why we spent time with both teams 
whenever we were there. After a while, the hematology nurses came 
to help the hemostasis nurses. Since these nurses treat patients with 
different problems and use certain tools (like Jelco catheters, which 
we needed to use), the hematology nurses had a better success rate.

So today, when we have to go to the HTC for help, it’s a 
hematology nurse who generously offers to take the reins, even 
though Chloé isn’t one of their patients. It’s kind of like Chloé is an 
adopted patient to them!

This is the same team that taught us how to do Chloé’s injections 
by ourselves. Apart from these lessons, we received lots of moral 
support from both teams. To tell the truth, going through these 
challenges as a couple is not always easy.

Chloé is four years old now and is a very energetic little girl. She 
loves to laugh and to bring a smile to everyone’s faces. She loves 
ballet, to my delight, and dreams of nothing less than dancing in the 
Paris Opera. She’s a fan of Disney (especially the movie Ballerina) and 
everything princess-related. In other words, she’s a perfectly normal 
little girl. We’re going to do everything in our power to keep it that way 
and, most of all, to help her continue to blossom as she has so far.

Oh, she also loves swimming and is already excited to go on 
vacation again. Last year, we went on our first vacation, to the 
Dominican Republic, which is why we needed to learn to do injections 
ourselves for the first time.

Thank you to the team at Sainte-Justine Hospital, for all the 
support you’ve given us; to the CHSQ, for all the great activities 
you offer, specifically for the family weekends; to the CHS, for the 
excellent training programs such as the Parents Empowering Parents 
program (PEP). 
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The Canadian Hemophilia Society (CHS) relies on the generosity of our donors to fulfill our mission and vision. To 
recognize an exceptional group of donors we have created the BeneFACTORs Club, the CHS’ highest philanthropic 
recognition, which symbolizes the critical bond between our organization, the donor and every person we serve with 
an inherited bleeding disorder. Corporations that make annual gifts of $10,000 or more to support our organization 
and its core programming needs are recognized as members of the BeneFACTORs Club.


