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Background: For over 25 years, the standard of care (SOC) for acquired thrombotic thrombocytopenic 

purpura (aTTP) has consisted of plasma exchange (PEX) and immunosuppressive therapy. Despite SOC 

treatments, mortality rates of up to 20% have been observed. Caplacizumab, a humanized monoclonal 

antibody that targets von Willebrand factor, was FDA-approved in 2019 and has shown faster platelet 

normalization and lower aTTP recurrence rates. There are limited real-world studies evaluating the use 

and impact of caplacizumab in the management of aTTP. 

 

Objective: The primary objective of this study was to compare aTTP exacerbation or refractory disease 

between aTTP patients who received caplacizumab vs those who did not. Secondary objectives include 

exacerbation, relapse, refractory aTTP, time to platelet normalization, time to recurrence, duration of 

PEX, and length of stay. 

 

Methods: A single-center retrospective chart review was conducted to evaluate the effectiveness of 

caplacizumab in patients diagnosed with aTTP between January 1, 2012 and October 31, 2021. Patients 

who were diagnosed, managed, or initiated definitive therapy for aTTP outside of our institution, had 

incomplete documentation, or diagnosed with hereditary TTP were excluded from the study. Patients 

who met the inclusion criteria were separated by exposure to caplacizumab. Patients in both groups were 

able to receive guideline-directed care including PEX, glucocorticoids, and rituximab. Patient, disease, 

and treatment characteristics were analyzed via descriptive statistics. Categorical and continuous 

outcomes were analyzed using Fisher's exact test and Wilcoxon rank-sum test, respectively. All 

statistical tests were two-sided, and a p<0.05 was considered statistically significant. 

 

Preliminary Results: A total of 48 patients (n=16 caplacizumab, n=32 non-caplacizumab) were 

included in this study. The caplacizumab group was more likely to receive rituximab compared to the 

non-caplacizumab group (93.4% vs 34.4%, p<0.001). Other characteristics including sex, age, race, and 

baseline treatments were similar between groups. Patients in the caplacizumab group were over 3.5 

times less likely to have aTTP exacerbation or refractory disease compared to the non-caplacizumab 

group (6% vs 22%); however, the difference was not statistically significant (p=0.24). No TTP 

exacerbation events occurred in the caplacizumab group compared to 16% in the non-caplacizumab 

group (p=0.154). Furthermore, no TTP relapse events were seen in the caplacizumab group compared to 

19% in the non-caplacizumab group (p=0.159). The caplacizumab group had a similar safety profile as 

the non-caplacizumab group including all-cause mortality (6% vs 22%, p=0.24) and thrombotic events 

(0% vs 6%, p=0.546). 

 

Conclusion: The study’s findings were consistent with the results reported in phase 3 clinical trial 

results. Based on our findings and previous literature, patients with aTTP may see benefit in initiation of 

caplacizumab. Future prospective studies are needed to help validate the effectiveness of caplacizumab 

in a real-world setting. 


