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(Summary)
The purpose of this study is to demonstrate the pro-
cesses where patients with mucopolysaccharidosis, one

of the rare intractable diseases receive the enzyme re-

NRBR R BE SR

placement therapy, and clarify the problems for the chil-
dren and their family members in the enzyme replace-
ment therapy. The results showed the family members’
consistent hope for their patients survival and expecta-
tion for the enzyme replacement therapy both before
and after the initiation of the therapy. Before the initia-
tion of the enzyme replacement therapy, some families
recognized that their patients were nearing their end
and tried to positively accept their patients death. Af-
ter the initiation of the therapy, however, those family
members noticed their patients growth and development
which had never been seen and patients improved con-
dition. Therefore, some parents took delight in caring
about their patients clothes and they were satisfied when
they saw their patients smiling, while other families
were worried about manifestation of their patients sec-
ondary sexual characteristic. This suggests the need of
a system to deal with their sexual problems peculiar to
puberty. On the other hand, when no improvement was
observed in the patients condition after the initiation of
the enzyme replacement therapy, the family members
showed something to complain about the side effects of
the enzyme replacement therapy and despair of improve-
ment. In addition, some families were disappointed to
know the limited effectiveness and others had a hard
time because they didn't know how long they should con-
tinue the therapy. Actually, the enzyme replacement
therapy produced the advantages that the mothers had
a chance to make friends with each other through their
patients enzyme replacement therapy and took a break
without their patients during the therapy. The enzyme
replacement therapy however involved a lot of works
such as outpatient care, attendance and worries about
the therapy, and also restricted the patients daily life.
The medical specialists are then expected to provide
information on the effects and the limits of the enzyme
replacement therapy and flexibly deal with lots of prob-

lems involved in the therapy.

(Key words)
rare intractable disease, mucopolysaccharidosis, enzyme
replacement therapy, process and problems for family

members
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