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Background: Haemophilia is a rare disease for which quality of care

varies largely around the world. Our aim was to propose evidence-based

indicators as surrogate measures for provision of haemophilia care

across countries and over time.

Material and Methods: Guiding criteria for possible indicators were

feasibility and prompt applicability to countries with a wide range of

data collection capacity. General population epidemiological data and

haemophilia A population data from the WFH Annual Global Survey

(AGS)[1] were used to calculate the indicators. Data collected for the

years 2013 and 2010 in a sample of eleven countries were used for

this pilot exercise.

Results: Three indicators were identified: 1) the percent difference

between the observed and the expected haemophilia A incidence,

which would be close to null when all of the people with haemophilia

(PWH) theoretically expected in a country would be known and reported

to the AGS; 2) the percentage of the total number of PWHA with severe

disease; and 3) the ratio of adults to children PWHA standardized to the

ratio of adults to children for males in the general population, which

would be close to one if the survival of PWH is equal to that of the

general population. Country specific values have been calculated for

the 11 countries.

When calculating the percentage difference of observed from expected

incidence of haemophilia A in the eleven countries considered in this

pilot exercise, estimates ranged from 54.2% less than expected

incidence of haemophilia A in South Africa to 111.1% more than

expected in Ireland. Two countries (Georgia and United States) had an

observed incidence that was within 3% of the expected.

Calculations for the percentage of PWHA with severe haemophilia for

the eleven countries showed the percentage of patients with severe

haemophilia ranged from 23% in the United Kingdom to 70% in the

Republic of Korea. The mean and median values for the 11 countries

were 41% and 34%, respectively.

For the standardized ratio of adult to children PWHA to the ratio of adult

to children in the general population the ratios ranged from 0.56 in US

to 1.58 in Poland. The ratio averaged 0.82 for the pilot countries and

two countries (the Republic of Korea and South Africa) had ratios very

close to 1.0.

The strengths and limitations of this approach are primarily determined

by the quality and completeness of the data available in each country.

Each WFH Report on the Annual Global Survey includes a discussion

and list of caveats regarding the published data (see, for example,

pages 1-2 of the 2014 report). All of those issues apply to any use of

the data such as in this exercise.

Conclusions: We have identified and tested three promising indicators

of quality of care in haemophilia. Further testing on a wider set of data

from the AGS will be needed to confirm their value and further explore

their measurement properties.
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