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Abstract

Introduction: Despite publication of standardization recommendations by the immune
thrombocytopenia (ITP) International Working Group (IWG) in 2009, there remains inconsistent
outcomes definitions across ITP studies. To understand current practices and inform future
standardization efforts, we characterized how outcomes have been measured following publication
of IWG recommendations.

Methods: PubMed/MEDLINE-indexed manuscripts published from January 2010 through
December 2019 describing platelet, bleeding, and/or health-related quality of life (HRQoL)
outcome measures in adult and pediatric ITP were comprehensively reviewed. This project was
endorsed by the Platelet Immunology SSC of the ISTH.

Results: The PubMed/MEDLINE search revealed 1562 manuscripts; following review, 168 met
inclusion criteria. Platelet response outcomes were reported in 141 studies, of which 57% did not
use IWG definitions (using 21 distinct alternative platelet response schemes). Most randomized
trials did not use IWG definitions, instead favoring platelet >50 x 10° /L to define response. Platelet
>100 x 109 /L sustained for >6 months in the absence of therapy was the most common ITP
remission definition. Bleeding outcomes were reported systematically in 41% of studies, which
used 21 distinct reporting schemes. A plurality of adult studies used the World Health

Organization Bleeding Scale and a plurality of pediatric studies used the Buchanan and Adix Score.
HRQoL outcomes were reported in few studies (9%), which used a total of eight different HRQoL
instruments.
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Conclusions: Despite prior attempts to standardize ITP outcome evaluation, wide variability in
platelet, bleeding, and HRQoL outcomes remain. Most ITP studies did not systematically evaluate

bleeding or HRQoL outcomes. Further standardization of outcome measurement in both pediatric
and adult ITP is greatly needed.
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