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Efficacy and Safety of Sirolimus in the Treatment of
Complicated Vascular Anomalies

(Adams D. Pediatrics 2016)
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The impact of sirolimus therapy on lesion @
size, clinical symptoms, and quality of life -
of patients with lymphatic anomalies

Michio Ozeki'”" @, Akifumi Nozawa', Shiho Yasue', Saori Endo’, Ryuta Asada™, Hiroya Hashimoto® and
Toshiyuki Fukao'
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Indications for tracheostomy in children with head and neck lymphatic
malformation: analysis of a nationwide survey in Japan

Shigeru Ueno' - Akihiro Fujino? - Yasuhide Morikawa® - Tadashi Iwanak
Shunsuke Nosaka’ - Kentaro Matsuoka® - Noriaki Usui®
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Treatment of mediastinal lymphatic malformation in children:
an analysis of a nationwide survey in Japan

Shigeru Ueno' - Akihiro Fujine® - Yasuhide Morikawa® - Tadashi lwanaka® - Yoshiaki Kinoshita® - Michio Ozeki® .
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Clinical Features and Prognosis of Generalized Lymphatic Anomaly, Kaposiform RESEARCH ARTICLE
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2.8, Sample size
In a clinical mrial conducted in the United States in 2009 that
Becawse there is litle evidence reganding the nateral historyof included 53 cases, the response rate (shrinkage exceed ing 20% of
intractatie LAs and the efficacy of traditional therapies for thess the target lesion size) determined by MRl after 12 months of
conditions we used retrospective data from a national survey on - sirdimus administation (12 cowses] was 52% [95% confidence
Intractable LAs {unpublished data) to determine sample size We  Interval: 36-69%) |5l Furthermore in a clinlcal trial in Japan
data from 40 patlents { 22 with GLA 18 with GSD)who (unpublished data), the response rate (shrinkage exceeding 200 of

Original Article

Efficacy and safety of sirolimus treatment for intractable lymphatic

journ, errath
-~ — 3l
H. LUAR) T —3&RLV-HI%
~ — anomalies: A study protocol for an open-label, single-arm,

EREHZDUVTERCEILT-

multicenter, prospective study (SILA)
kiko M. Saito ", Hiroya Hashim

had not recelved surgery. rmdiation therapy, or drug therapies the target leslon size) for cystic LM, GLA. and GSD was 66.7%( 10/
Volumerric changes on mdiologic exanination were measured |5 €3525) at 12 months alter adminstration of sirdimus, while the
and response rates were caleulated retmspectively, None of the 4n  TESPONSe Tate Was 50.0% (4/8 cases) when patlents aged & years of
pitients 4 radiological Improvement (more than 2 YPUNEer (who were unable tn lake Lableis) were excluded. This,
dectexse involume of the target lesinn) for at least 1 year, Amaong UG EA il St YR AT el = SO Y sl
19 patients with intractable cystic LM, only one (5.3%) < g Sz wascaloul ated hased on the probabd lity that the lower limit of
radiplogical Improvement. Thvs, of the 59 < smhutd, the the exact 95% confidence interval for the primary endpodnt would

. ; e bbe greater than the threshold of SX To maintain a probability of at
Iﬁ_um shrank imonly one (1.7% ), with a threshold response mteof 1o; 2 s pine patients were needed. In consideration of dmp-
b out, the target sample sze was 1.
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