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Fight Against Rare Lung Diseases
Multi - Center International Sirolimus Trial for Lymphoangiocliomyomatosis
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Ahstract

Lymphangioleiomyomatosis (LAM) is an uncommon lung disease that affects mostly female.
LAM has an insidious onset, and is typically slowly progressive. Until recently, there was no
proven therapies for LAM except for lung transplantation. To assess the effect of sirolimus, a
mTOR inhibitor, on biological and clinical markers of lung function and to assess the safety, a trial
was designed as a multi - center international, phase III, randomized, double - blind, placebo - con -
trolled intention to treat (MILES trial). Respiratory disease group in The Second Department of
Medicine and Bioscience Medical Research Center, Niigata University Hospital participated in the
trial with Kinki Chuo Chest Medical Center and enrolled total 24 patients in Japan. On one year of

oral sirolimus, patients with 1AM and moderate respiratory impairment had significant but modest
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benefits on lung function and measures of quality of life or functional performance. The safety pro -

file of the drug was acceptable and consistent with the known toxicities. Thus, Japanese research

group contributed to the success of MILES trial.
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