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t a PROBE investigator meeting in Amsterdam in January, 
a major milestone was reached in developing a tool to 
answer such questions. After over two years of work and 

2,500 completed surveys in 22 languages from 20 countries, including 
Canada, the survey was judged successfully validated.

“PROBE gives a direct understanding of what living with hemophilia 
means to an individual patient,” says Mark Skinner, lead investigator in the 
study and former president of the World Federation of Hemophilia (WFH). 
“It will allow us to provide information to each national patient organization 
so it can advocate for better care for people with bleeding disorders.”

PROBE collects patient-reported information on type and severity 
of hemophilia, years of schooling, marital status, number of children, 
health problems, need for mobility aids, use of pain medication, 
impact of acute and chronic pain on daily living, ability to conduct 
activities of daily living, employment and educational status, history 
of joint surgery, number of bleeds in the last year, type of treatment, 
and joint range of motion. Additionally, the EQ-5D survey developed 
by Euro-Qol is incorporated into the survey measuring overall quality 
of life indicators: mobility, self-care, usual activities, pain/discomfort 
and anxiety/depression.

PROBE is unique in that five of the nine investigators are people 
with hemophilia. The four others are experts in the development of 
research tools, validation and analysis. The survey was perfected with 
direct input from people with hemophilia around the world.

Another unique aspect of PROBE is the use of unaffected family 
members as a control group. “In many countries there is no comparator 
data available,” Skinner says. “By including parents, friends and siblings, 
the survey canvasses people of the same socioeconomic background to 
see what difference having hemophilia makes. If, for example, everybody 
in a particular society has a high school education, but people with 
hemophilia only have a sixth-grade education, we can say hemophilia has 
an impact on educational opportunity.”

In Phase I, rolled out in 2015, a total of 704 people from 17 
national patient organizations, including the CHS, completed the 
paper questionnaire; two-thirds had hemophilia A or B and one-third 
were family members. The survey proved easy to administer. Most 
respondents completed it within 15 minutes.

Phase II, conducted in 2016, used test-retest methods. First, a group 
was asked to answer the survey on consecutive days on paper and several 
weeks later online. Then, the survey was given at different times in the 
same country to see if results were consistent across different groups. 
The analysis of this data helped establish the validity of the questions.

The surveys are sent to a secure 
database at McMaster University, 
in Hamilton. Individuals’ data are 
not identified and will not be published; anonymity is protected.

Preliminary data are already available. For example, patients with 
severe hemophilia with access to prophylaxis reported a significantly 
higher quality of life than those receiving treatment after bleeding 
had begun. Likewise, those on prophylaxis had significantly fewer 
problems with daily activities than those treating “on-demand.” While 
not surprising, demonstrating this outcome with hard data is key to 
advocating for improved care.

PROBE will have practical applications. Data could show health 
officials that prophylaxis not only reduces bleeds, but also increases 
productivity. “If we’re able to validate that, it becomes quantifiable 
and powerful in terms of advocacy,” Skinner says.

Although individuals' stories of hardships with hemophilia are 
important, the experiences of a whole group have more impact 
on decision-makers. “We are empowering patients and patient 
organizations to move advocacy beyond anecdote and emotion to 
evidence-based arguments,” says Skinner.

Canada was involved in both Phase I and II, thanks to individuals 
who completed the survey at patient meetings in Ontario and Quebec, 
and those from across the country who did the survey online. The 
CHS intends to continue to participate in Phase III, the data collection 
phase. PROBE could prove critical in Canada in gaining access to 
promising advances in treatment over the next five years. 
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Amsterdam, Netherlands – January 16, 2017 – Do people with hemophilia have a harder time 
finding full-time work? Are they less well-educated? Or better educated? How do care and 
treatment affect their quality of life? What is chronic pain’s impact? Surprisingly, there is a lack 
of solid data answering such questions.
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