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Chages in the amount and ratio of wild type and variant TTR in various organs.

In transplanted FAP patients, the amount of amyloid deposition was decreased in various organs

except for heart, lung and tongue. Mass spectrometric analyses revealed that the ratio of wild type

to variant T'TR in various organs was increased after liver transplantation.
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Fig. 2 Changes in TTR deposition in the intestine.
In transgenic mice having ATTRV30M gene, TTR
deposition was remarkably decreased by the administration
of polyclonal TTR115-124.
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Abstract

Effect of liver trasplantation on familial amyloidotic polyneuropathy (FAP) and its limt

Yukio Ando, M.D., PhD
Department of Diagnostic Medicine, Graduate School of Medical Sciences, Kumamoto University

Familial amyloidotic polyneuropathy (FAP) is a hereditary intractable disease induced by mutated
transthyretin (TTR). Since TTR is predominantly synthesized by liver, liver transplantation has been performed
to halt the clinical symptoms of FAP in the worldwide. It has been well documented that liver transplantation
could halt the progression of FAP manifestations. However, the surgery could not prevent ocular symptoms and
in some cases, cardiopathy and neuroparthy progressed even after liver trasplantation. Quantitative analyses for
changes in the amount of amyloid deposition and ratio of wild type and variant type of TTR for autopsy trans-
planted FAP cases revealed that the amount of amyloid deposition decreased in most of the organs, but in heart
and lung, the amount increased even after liver transplantation. In those organs, the ratio of wild type to variant
TTR increased. Since liver transplantation has several problems, we are now performing several new therapeutic
researches for FAP, such as development of drug stabilizing tetrameric form of TTR, siRNA therapy to stop TTR
production, and low molecular compounds for preventing misfolding of TTR.

(Clin Neurol 2011;51:1138-1141)
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