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ARTICLE INFO ABSTRACT
Keywords: Background: Using patient registries or limited regional hospitalization data may result in underestimation of the
Epidemiology incidence and prevalence of rare diseases. Therefore, we used the national administrative database to estimate

Lymphangioleiomyomatosis
National database
Sirolimus

the incidence and prevalence of lymphangioleiomyomatosis over six years (2014-2019) and describe changes in
clinical practice and mortality.

Methods: We extracted data from the National Database of Health Insurance Claims and Specific Health Checkups
of Japan between January 2013 and December 2020. This database covers >99% of the population. We used the
diagnostic code for lymphangioleiomyomatosis to estimate the incidence and prevalence from 2014 to 2019.
Additionally, we examined the demographic characteristics, treatments, comorbidities, and mortality of the
patients.

Results: In women, the incidence and prevalence of lymphangioleiomyomatosis in 2019 were approximately 3
per 1,000,000 person-years and 28.7 per 1,000,000 persons, respectively. While, in men, the incidence and
prevalence of lymphangioleiomyomatosis were <0.2 per 1,000,000 person-years and 0.8 per 1,000,000 persons,
respectively. From 2014 to 2019, the proportion of prescriptions of sirolimus and everolimus increased, while the
use of home oxygen therapy, chest drainage, comorbid pneumothorax, and bloody phlegm decreased. The
mortality rate remained stable at approximately 1%.

Conclusions: The incidence and prevalence of lymphangioleiomyomatosis were higher in women than those re-
ported previously. Although the incidence did not change during the 6-year period, the prevalence gradually
increased. Moreover, lymphangioleiomyomatosis was observed to be rare in men. The practice of treating pa-
tients with lymphangioleiomyomatosis changed across the six years while mortality remained low, at approxi-
mately 1%.

1. Ethics and dissemination University of Tokyo (approval number 11187-(8), approval date
February 22, 2023) and was performed in accordance with the tenets of
This study was approved by the Institutional Review Board of The the Declaration of Helsinki. The need for informed consent was waived

Abbreviations: CPAP, continuous positive airway pressure; GnRH, gonadotropin-releasing hormone; HOT, home oxygen therapy; ICS, inhaled corticosteroid; IQR,
interquartile ranges; LABA, long-acting beta, agonist; LAM, Lymphangioleiomyomatosis; LAMA, long-acting muscarinic antagonist; NDB, National Database of
Health Insurance Claims and Specific Health Checkups of Japan; NIV, noninvasive ventilation; SD, standard deviations.
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