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Intractable Disease Countermeasures Since 2015
1) What are intractable diseases?

Since when did the term “intractable diseases” start becoming commonly used in
Japan? The rise of the term coincided with the occurrence of a disease called SMON in
the late 1960s and early 1970s. SMON (subacute myelo-optico- neuropathy) is a
disease that takes over the optic nerve and simultaneously combines with myelitis.
This disease was seen only in Japan and saw a rapid increase from around 1967 to
1968. However, at the time it was called a rare disease and its cause was unknown.
Following this, the Ministry of Health and Welfare established an investigative research
committee in 1969. As a result of the project’s research, the following year it was
suggested for the first time that there might be a causal relationship between SMON
and chinoform, which is an intestinal medicine. This meant that thanks to nation-wide
epidemiological research, the possibility had been presented that the use of chinoform
causes the SMON disease to occur. The same year, the Ministry of Health and Welfare
halted the sale of chinoform. After this, the number of new patients with the disease
rapidly fell, which proved that SMON had been caused by chinoform.

This incident, while devastating for the victims of SMON, demonstrated two things.
The first is that if the cause of an intractable disease is a medicine, the national
government, which approved that medicine, has a duty to provide relief. The second is
that if we undertake focused and multi-angled research, we may be able to discover

the causes even for intractable diseases.

During these events, the Diet of Japan held a special hearing into intractable diseases
and in 1972 decided the general policy for intractable disease countermeasures®).
Within this general policy, intractable diseases were defined as: 1) having an uncertain
cause and having no settled treatment courses, as well as having a well-founded fear
of causing after-effects, and 2) due to their chronic nature, are not just a financial issue
but also due to the need for caretaking cause great burdens both mentally and upon
families. To further the countermeasures for tackling intractable diseases, the
following three actions were called for: 1) the promotion of investigative research, 2)
the establishment of medical facilities, and 3) the reduction of patient-borne medical
costs. In addition to establishing research to discover the causes and conditions of
intractable diseases and allow for their diagnosis and treatment, this also marked the
first policy that sought to shift medical fees for intractable diseases away from the

39



patient and onto public expenditure. The original targets chosen for the investigative
research were SMON, Bechet’s disease, myasthenia gravis, systemic Ilupus
erythematosus, sarcoidosis, aplastic anaemia, multiple sclerosis, and intractable
hepatitis. Furthermore, medical fee assistance was made available for the treatment of
four of the above diseases in particular.

The execution of such comprehensive countermeasures against intractable diseases is
ground-breaking to a level not seen anywhere else in the world. It is without question
that within Japan this has greatly contributed to the research of the causes and
conditions of rare diseases and the development of new treatments. It is undeniable
that up until now pharmaceutical companies have avoided the research and
development of treatments for intractable diseases. This has been for reasons such as
the following: 1) the market is small (due to the scarcity of patients for the medication
and the lack of a reason for development), and 2) it is difficult to develop medication
due to the cause of the disease being unclear. However, thanks to the national
government’s comprehensive countermeasures against intractable diseases, for the

first time a light has been shone onto the development of treatments for rare diseases.
2) Developments in Intractable Disease Countermeasures

After that, research into intractable diseases continued to progress. However, at the
same time, the number of diseases to be targeted by the research greatly rose. This led
to research being carried out to establish overviews and methods of treatment for
hundreds of diseases. In addition to this, as targets eligible for medical fee assistance,
56 diseases were identified by the specific disease treatment research project (a
project focusing on medical fee assistance) as “Diseases that have an established
standard of diagnosis, as well as having a high level of difficulty in both treatment and
seriousness, and are unlikely to have their causes investigated or have treatments
developed without the use of public expenditure due to the comparatively scarce
number of patients.” Put simply, if a patient with one of these 56 diseases were to
apply, have a designated medical practitioner fill out a medical certificate, and then
pass the appropriate review, the medical costs would then be covered by public

expenditure.

Even after that however, not only the number of targeted diseases grew; the number
of targeted patients grew also (diagram 1) and by the end of 2011 there were 780,000
patients that fell within the target. As a result, the costs required for the intractable
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disease countermeasures rose rapidly during this period. Additionally, when
former-minister Masuzoe was in office, the expenses for the Intractable Disease
Elimination Program (a project focusing on medical fee assistance) had reached 10
billion yen. However, the specific disease treatment research project (a project
focusing on medical fee assistance) needed an even higher budget, with its total
expenditure exceeding 40 billion yen. Put simply, the expenses required for medical
fee assistance for intractable diseases became around four times the amount used for
research into intractable diseases. Furthermore, since the main projects were
managed by the prefectural governments, the situation arose where the prefectures
had to bear the excess costs following the deficit in the national budget, making it
difficult to fund the necessary projects. In addition, seeking justice, patients suffering
from intractable diseases and their families called for a greater expansion and review

of diseases targeted for medical fee assistance (diagram 1).

3) Creation and Execution of the “Act on Medical Care for Intractable Disease
Patients”

To manage this situation, the Act on Medical Care for Patients with Intractable/Rare
Diseases was created on May 23™, 2014 in order to promote the revised establishment
of a sustainable social security system; the Act came into force on January 1%, 2015
(diagram 2)1?). As a result, sources of funding such as from consumption tax were
assigned to medical fee assistance for intractable disease patients, establishing a stable
system for medical fee assistance. In particular, it was specified that the payment of
costs would be borne by the prefectural governments, with the national government
contributing half. In other words, it became the case that the public expenditure used
to cover the cost of treatment would be drawn half from the governments of the
prefectures and half from the national government. In addition, following the
enactment of this law, the national government has encouraged the investigation and
research into the mechanisms of intractable disease outbreaks, as well as diagnosis
and treatment methods. This has made it possible to undertake continuing and stable

projects that can create environments for recovery (diagram 2).
4) What are Designated Intractable Diseases?

Within this law, diseases that are the target of eligibility for medical fee assistance
became called “designated intractable diseases”. Intractable diseases are defined by
four conditions, being that: 1) the mechanism behind the occurrence is not well
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understood, 2) there is no established method of treatment, 3) the disease is rare, and
4) treatment is needed over a long period of time. However, for designated intractable
diseases, a further two conditions have been added, these are that: 5) the number of
patients is within a set proportion of the national population (approximately 0.1% of
the population), and 6) there is an established and objective standard (or equivalent)
of diagnosis (diagram 3). This means that designated intractable diseases are a
category within intractable diseases that have the added requirements of not
exceeding a set number of patients as well as having an objective standard of diagnosis

(in addition to belonging to a serious class of diseases and being of above a set class).

There is an established process for designating any disease as a designated intractable
disease. First, a committee in the Ministry of Health, Labour and Welfare’s Health
Science Council considers whether or not a disease meets the above requirements. It is
then discussed whether or not the disease can be classed as highly serious. Then, after
further seeking public comment, the disease is recognized by the disease
countermeasures committee of the Health Science Council. On top of this, the
intractable disease is then designated by the Minister of Health, Labour and Welfare,
completing the process. In the first set, 110 diseases were designated and medical fee
assistance began from January 1%t 2015, On top of this, a second set of 196 diseases
were designated on May 13™, bringing the total number of targeted diseases to 306,
and medical assistance was given to these additions from July 15t 2015®),

Following this, the number of patients with designated intractable diseases became
around 940,000 by the end of 2015 and the scope of the medical fee assistance
projects reached around 222.1 billion yen. Since then, the responsible committee has
decided to add 24 more designated intractable diseases, which were appended on
April 1%t 2017, bringing the total number of designated intractable diseases to 330
(diagram 4, diagram 5)®.

5) The System of Diagnosis and Treatment for Intractable Diseases

Until now, the diagnosis of specific diseases (intractable diseases) could be done by
anybody as long as they were a medical practitioner. However, in accordance with the
stipulations of the Act on Medical Care for Patients with Intractable/Rare Diseases,
now only designated medical practitioners for intractable diseases are able to
undertake the first diagnosis of designated intractable diseases. Therefore, care must
be exercised. When an application regarding an intractable disease is made for the first

42



time, the patient must go see a designated medical practitioner for intractable
diseases. There will always be a designated medical practitioner for intractable
diseases at university-associated hospitals or any large hospital. Designated medical
practitioners for intractable diseases fulfil two roles: 1) creating the diagnosis
document (the clinical examination results), which is necessary for the application to
authorize the payment of medical fee assistance, and 2) entering the patient data (the
results of the diagnosis) into the registration system.

Thanks to this, not only does the accurate diagnosis of intractable diseases become
possible, it also allows for the creation of an accurate epidemiology database for
patients with intractable diseases. In the case of the 330 diseases discussed above,
each of these diseases already have their standards of diagnosis and level of severity
decided upon, so a designated medical practitioner for incurable diseases would write
his or her decision about the result relating those standards of diagnosis and the
severity into the diagnosis document (the clinical examination results). The final
decision is reached by following the relevant procedure set by each prefecture. More
information about the standards of diagnosis and severity levels of intractable diseases
can be viewed at the Japan Intractable Diseases Information Center website

(Explaining Disease, a List of Clinical Examination Results; Phonetic Search).

The requirements necessary for becoming a designated medical practitioner for
intractable diseases is that one must: 1) have at least five years of experience engaging
in the diagnosis or treatment of intractable disease, in addition to being certified as a
medical specialist by the relevant academic or scientific community at the time of
application, or 2) have at least five years of experience engaging in the diagnosis or
treatment of intractable disease, in addition to having completed a set training course
(of one to two days in length). The registration of designated medical practitioners for

intractable diseases is renewed on a five-year basis.

Designated supporting medical practitioners for intractable diseases are able to make
the diagnosis documents necessary for the renewal of designated intractable diseases.
The requirements for designated supporting medical practitioners for intractable
diseases are that they: have at least five years of experience engaging in the diagnosis
or treatment of intractable disease, in addition to having completed a set training
course (of one to two days in length).

6) The System of Research for Intractable Diseases
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Until now, research into intractable diseases has been governed by the Ministry of
Health, Labour and Welfare. The two projects in charge of ensuring improvements in
quality for the development of effective treatment and diagnosis for intractable
diseases were the Intractable Disease Policy Research Project and the Intractable
Disease Implementation Research Project.

The Intractable Disease Policy Research Project seeks to create plans to raise the level
of care available for intractable diseases by: gathering information through
epidemiological studies about the actual conditions of intractable disease patients,
establishing diagnosis and treatment guidelines based on evidence, and undertaking
the sharing and correction of relevant diagnosis and treatment standard, levels of
disease severity, as well as diagnosis and treatment guidelines®. For this reason, the
intractable disease patient database that the designated medical practitioner for

intractable diseases inputs information into plays a very important role.

The Intractable Disease Implementation Research Project is currently operating as the
Intractable Disease Elimination Project, which is one of the nine projects operated by
the Japan Agency for Medical Research and Development. The Japan Agency for
Medical Research and Development is an organization that seeks to undertake
top-down research based on the strategies established by the national Headquarters
for Healthcare Policy. The Japan Agency for Medical Research and Development has a
system of managing issues by focusing on nine projects, which each have a PD (Project
Director) or PS (Project Supervisor)®. In reality, there is also a PO (Program Officer),
who executes the project, underneath the PD or PS. This results in top-down

management over the quality of research.

At the Intractable Disease Implementation Research Project, operations are
undertaken including clinical research into the implementation of genetic treatments
and treatment technologies for medicinal and medical equipment, as well as the
establishment of practitioner-led clinical trials (such as the creation of new treatment
methods and the expanded application of existing medicines). Other than this, this
project aims to develop a hub institution that has the technology to generate,
differentiate, and analyze disease-specific iPS cells, as well as undertake research to
create new medicine while utilizing medicine development support networks. It aims
to have at least 11 medical products or equipment that target intractable diseases
approved and further applied by around the year 2020. As a result, it is clear that the
goal of the project is not simply to conduct research on the causes and conditions of
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intractable diseases, but rather to research the development of new methods of
treatment.

Therefore the two intractable disease projects are expected to work together with
each other, leading to the advancement of intractable disease research and
subsequently the development of new methods of treatment. From 2015 it was
decided that the first of these projects will be managed by the Ministry of Health,
Labour and Welfare and that the second will be managed by the Japan Agency for
Medical Research and Development.

7) Efforts to Raise Awareness and Spread Information about Intractable Diseases

There are various organizations that seek to raise awareness and spread information
about intractable diseases, such as the Japan Intractable Diseases Information Center
and the Consultation and Support Centers for Intractable Diseases.

The Japan Intractable Diseases Information Center is an organization operated by the
Japan Intractable Diseases Research Foundation under the support and guidance of
the Ministry of Health, Labour and Welfare. Its website (http://www.nanbyou.or.jp/)
provides the necessary information (such as information about diseases and guidance
regarding diagnosis and treatment) for life during recovery and treatment to assist
patients of intractable diseases, their family, and people related to the medical field. In
addition, the website also provides updates about the national intractable disease
policies, the overviews of the various systems and services, the intractable disease
research team, and patient meet-ups. With over 2.5 million accesses per month, it is

the largest website that provides information on intractable diseases.

Consultation and Support Centers for Intractable Diseases were established in each
prefecture in 2003 under the support of the Ministry of Health, Labour and Welfare
and are run by each prefectural government. These centers work toward alleviating
the worry and anxiety felt by local patients of intractable diseases, their families and
others and support their life during recovery.

8) References
1. General Policy for Intractable Disease Countermeasures:

http://www.nanbyou.or.jp/pdf/nan_youkou.pdf
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Guide to the Medical Fee Assistance System for Patients of Designated Intractable

Diseases

Eligibility for medical fee assistance

The process from application to becoming authorized to receive medical fee assistance
Necessary documents for application (overview)

Period of validity for authorization and timely changes to applications

Upper limits for patient-borne costs

Using the patient-borne cost management form to manage patient-borne costs
Designated medical practitioners for intractable diseases

Designated medical facilities

High costs for minor diseases

Authorizations for “high cost and long term” treatments

The upper limit for patients with ventilators is 1000 yen.

Eligibility for Medical Fee Assistance

According to the Act on Medical Care for Patients with Intractable/Rare Diseases, the
general rule for receiving medical fee assistance is that a patient must be diagnosed as
having a designated intractable disease, which is a disease even more severe than that
found in the usual categorization of disease severity.

The established standards of diagnosis for targeted diseases, as well as the
categorization of severity in relation to the characteristics of various diseases, are set
for each individual disease.
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The Process from Application to Becoming Authorized to Receive Medical Fee

Assistance

*Designated medical practitioner

BHFE (WREH)

Applicant (eligible patient)

FRZE Application
EESHREIIR T To receive medical fee assistance

#Hhers (F8)

Prefecture (examination)

FRHESHA

Main necessary documents

1) BEEREOIGRERRS. Z2IhE

1) Application form for the authorization of
specific medical fee provision; diagnosis

form

2) ERE. MENER GF) SRGIRSIRE
ORI 2R TEDEM (I55(EHFH
EENNVETY)

2) Documents to ascertain tax status, such as a
certificate of residence and a municipal tax
(exemption) certificate (this is required for

each member of the household)

3) BRRREIOEULAL

3) A copy or otherwise of a health insurance

card

ERZGEILOEMHAME ?

What is the period of validity for the medical fee

recipient card?

[REIELTEREENS 1 FLURTERERF RN ED
BHIEITY, 1 FECECEFRORBNMVETT,

As a general rule, the period will be decided by
the prefectural government and will for a period
of within one year from the application. An

application for renewal must be made each year.

KERIEEEZZZL. ZMBOR[T22(33.
HRIETEECOVTIE. HRIFIRT>T—R—LR
—STREIDN. BEFVOEEFROEOIC
BREIVEDELIZE,

*The patient must see a doctor for a medical
exam and receive a diagnosis document. For
information about designated medical
practitioners for intractable diseases, please visit
and run a search within the website for the Japan
Intractable Diseases Center or ask at the
information desk for your local prefectural

government.
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*Click to enlarge the picture.
1. Application

After gathering the necessary documents, the application is made to the prefectural
government. (The relevant information desk is different for each prefecture, so please

seek information from your local prefectural government.)
2. Examination by the prefecture

A prefectural government will authorize payment when it acknowledges that: 1) the
severity of the disease meets the conditions in the authorization standards, or 2) the
disease does not meet the authorization standards but requires the patient to undergo

continuing and high-cost medical care (high costs for minor diseases).
3. Receiving a medical fee recipient card from the prefectural government

(1) It takes around 3 months from the time of application to receive a medical fee
recipient card. Costs incurred at designated medical facilities while waiting for the card

to arrive can be reimbursed upon application.

(2) It is possible for the examination to yield a result of non-authorization. The
prefectural government will contact you with a notice of non-authorization in the

event that your application is not successful.

Necessary Documents for Application (Overview)

Necessary documents for payment authorization

Documents to submit Reason for necessity

Application form for payment authorization of y
N/A
specific medical costs

In order to ascertain that a designated
Diagnosis document (the clinical examination
intractable disease has been contracted and
results)
whether it is of a set severity.

Certificate of residence (of the applicant, and if
the applicant is using the same medical In order to decide the upper limit of

insurance as a member of their household, patient-borne costs (the monthly cost)

documents to identify that person as well)
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*Possible to be omitted by using the Basic

Resident Registry.

Documents to ascertain household income
(Such as municipal tax [exemption] certificate)
*Expected to become possible to be omitted by

using the Individual Number system.

Copy of insurance card
(A document that shows you are covered by
medical insurance; such as an insurance card,

dependent card, union card)

Documents proving the use of a ventilator

Documents proving that there is someone other
than the applicant in the household who
receives payments for specific medical fees or
medical fees for specific pediatric chronic

diseases.

Documents to ascertain medical fees In order to decide the upper limit of

*Such as the necessary receipts for identifying
the existence of “high cost and long term”

treatments and “high costs for minor diseases”.

patient-borne costs (the monthly cost) and
ascertain the conditions of payment

authorization.

Letter of consent (necessary for ascertaining the

income divisions under the medical insurance)

In order to make inquiries to the insured about

insurance information.

*The colored documents and items must be submitted as necessary.

*Click to enlarge the picture.

Period of Validity for Authorization and Timely Changes to Applications

The period of validity for payment authorization is, as a general rule, a year or less. It is
for the period that is thought to be necessary based on the severity and treatment
circumstances of the disease. However, in special circumstances it is possible to allow
for a period no greater than 1 year and 3 months. Once the period of validity has

finished, an application to renew must be made if further treatment is required.

It is necessary to send a notification if there is any change to the contents of your
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application or the calculation for the upper limit of the patient-borne costs during the
period of validity. Applications for a change can also be made in the event that it
becomes necessary to change: 1) the designated medical facility, 2) the upper limit for
patient-borne costs, or 3) the name of a designated intractable disease, applications
for a change can also be made for authorized payments.
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About Upper Limits for Patient-Borne Costs
Upper limits for patient-borne costs (the monthly cost) in relation to medical fee assistance

(Unit: Japanese yen)

Standard for dividing by income levels

Patient bears: 20%

Upper limit for patient-borne costs (outpatient + hospitalization)

General rule

Already-authorized payee (three-year transitional measures)

Divided by (The number inside the parentheses
income represents an approximation of yearly . " Patients with serious diseases from the specific
levels income for a two-person household with High cost and long term disease treatment research project
. Regular - - Regular - -
a married couple) Patients who use a ventilator Patients who use a ventilator or
or similar support similar support
Welfare N/A 0 0 0 0 0 0
Patient’s yearly
Low salary
income | Municipal tax Less than 800,000 2,500 2,500 2,300
exemption yen 2,500
Low (household) Patient’s yearly
income |l salary 5,000 5,000 5,000
Over 800,000 yen
Municipal tax
'Regular Tax o'r over, 71,009 Yen or less 10,000 5,000 1,000 5,000 1,000
income | (approximately 1.6 million yen — 3.7
million yen
Municipal tax
. Regular 71,000 yerl or more, 25.1,.000 yen or less 20,000 10,000 10,000 5,000
income | (approximately 3.7 million yen — 8.1
million yen)
Upper Municipal tax
income 251,000 yen or more (approximately 8.1 30,000 20,000 20,000
million yen or more)
Food expenses during hospitalization All costs borne by patient Half of the costs borne by the patient

* Treatment that is “high cost and long term” refers to a situation when someone incurs a monthly total medical fee of over 50,000 yen over six times within a year (for example, if
the medical insurance covers 80% of the cost and there are six months or more when the patient-borne medical fee is over 10,000 yen).

*Click to enlarge the picture.
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Using the Upper Limit Patient-Borne Cost Management Form to Manage Patient-Borne

Costs
Upper limit patient-borne cost management form for February 2017
N f E i
ame o XXKX xaminee 0012345
examinee numbers
Upper limit of monthly patient-borne costs: 10,000 yen
Name of Total cost Total
designated of medical Patient-borne patient-borne .
Date . Collection seal
medical fees (for costs costs (monthly
facility 100%) cost)
February 15t | 0oo Hospital 30,000 yen 6,000 yen 6,000 yen Seal
February 1%t | XX Pharmacy 6,000 yen 1,200 yen 7,200 yen Seal
February 20t | ooo Hospital 25,000 yen 2,800 yen 10,000 yen Seal
February 20t | XX Pharmacy 4,000 yen
The monthly upper limit of patient-borne costs has been met as described above.
Confirmation
Date Name of designated medical facility seal
February 20t | ooo Hospital Seal

*The format of patient-borne cost management form is designated by each prefecture.

The above example of how to fill at the form is made based on a sample format.
*Click to enlarge the picture.

The value of the upper limit of the patient-borne cost is derived by totaling the fixed
ratio borne by the patient across multiple designated medical facilities where diagnosis
has been undertaken. As a result, it is managed with the Upper Limit Patient-Borne
Cost Management Form which is received together with the medical fee assistance
card.

(1) At each designated medical facility, 20% (or 10%) of the cost within the upper limit
of patient-borne costs will be collected after each diagnosis.

(2) The designated medical facility will record the cost of the collected fee in the

management form after each diagnosis at a designated medical facility.

(3) In the instance that the total patient-borne costs reach the upper limit of
patient-borne costs, the designated medical facility will ascertain this at that time and
on that month will not undertake the collection of fees that would exceed the upper
limit of patient-borne costs.
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About Designated Medical Practitioners for Intractable Diseases

Under the system for designated intractable diseases, only designated medical
practitioners chosen by the prefecture are able to create the diagnosis documents
necessary to apply for specific medical fee payment authorization.

There are two types of designated medical practitioners; these are “designated
medical practitioners for intractable diseases”, who are able to make the diagnosis
documents necessary for new applications and renewal applications, and “designated
supporting medical practitioners” who are only able to make the documents necessary
for renewal applications.

*More information about designated medical practitioners in each prefecture can be
found at the website for the Japan Intractable Diseases Information Center by
following the link below.

http://www.nanbyou.or.jp/entry/5309

About Designated Medical Facilities

Designated medical facilities are hospitals, clinics, pharmacies and home care stations
that have been designated by the prefectural government.

As a general rule, payment for medical fees for designated intractable diseases is
limited to treatment received at designated medical facilities.

*More information about designated medical facilities in each prefecture can be found
at the website for the Japan Intractable Diseases Information Center by following the
link below.

http://www.nanbyou.or.jp/entry/5308
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About High Costs for Minor Diseases

Patients with minor diseases that do not meet the classification for serious diseases
are also eligible for medical fee assistance if they need to undertake continued and
high-cost treatment.

A “need for continued and high-cost treatment” refers to a situation where there are
three months or more when the total medical fees exceed 33,330 yen within 12
months prior* to the application for payment authorization.

For example, if the medical insurance covers 70% of the costs, then the above applies
to a situation where there are three or more months in the year where the patient
bears 10,000 yen in costs.

*This is for the period until the day of application from the month following, whichever
occurred most recently: (1) the month that was 12 months prior to application, or (2)
the month that the designated intractable disease occurred as acknowledged by a
designated medical practitioner. Additionally, the standard patient-borne costs for the
recuperation of food (life) expenses during hospitalization are not included in the
33,330 yen.

About Authorizations for “High Cost and Long Term” Treatments

For patients who undertake continued, high-cost, and long-term treatment, the upper
limit of the borne costs is set to be reduced on the basis of regular income and upper
income. This applies to patients who have had already had six months, which are 12
months prior to the month of application, when the total medical fees for the specific
medical fee for each month has exceeded a value of 50,000 yen.

For example, this would apply to a situation where the medical insurance bears 80% of
the costs and there are six months during the year in which the patient-borne medical
costs exceed 10,000 yen.
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The Upper Limit for Patients with Ventilators is 1,000 Yen

For patients with ventilators or other equipment necessary for life support who
require special consideration, the upper limit of patient-borne costs will be 1,000 yen

regardless of income level.

The condition for eligibility is that in addition to having a designated intractable
disease that has received authorization for medical fee support, the following
requirements are met: 1) the patient requires continued and constant life support, and
2) the patient’s daily life and movement are severely restricted and the following
procedures are expected (whether the requirement is met is decided on an individual
basis).

1. Patients with a nerve intractable disease who use a ventilator equipped through a
tracheotomy incision or through a face mask.

2. Patients such as those with terminal heart failure who use an external artificial heart

support.
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Overview of the Countermeasures against Specific Pediatric Chronic Diseases

At the Information Center for Specific Pediatric Chronic Diseases we are here to
support children with chronic diseases as well as their families and other loved ones.
We also provide information for people involved in the treatment of such patients and
for those involved in health and education.

About support for children with chronic diseases and their families

In regards to countermeasures against pediatric chronic diseases, we support children
with chronic diseases and their families in the ways listed below.

I. Creating fair and stable ways to provide medical fee assistance (making the

provision of medical fee assistance a duty)

1. Eligibility for medical fee assistance (Reference: 4 requirements)
(1) Has a disease that becomes chronic,
(2) the disease is a long-term threat to the patient’s life,

(3) the conditions and treatment of the disease have the long-term effect of
lowering the patient’s quality of life, and

(4) the disease requires long-term and continuing high-cost treatment.

To ensure fairness and transparency, a council constantly reviews the standards

for naming and deciding the conditions of the selection of targeted diseases.
2. About the application and authorization of medical fee assistance

A designated medical practitioner (such as a person who has been certified as a
medical specialist by the relevant academic or scientific community) issues
documentation of their medical opinion (which will be used for the process of applying

for medical fee assistance authorization).

Strengthening of the examination process (If necessary, an audience can be granted
with the authorization committee, and the medical specialist can advocate to the

authorization committee).
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3. About payment levels (*The patient reasonably bares costs according only to their
ability to do so; this is equal to the payment levels in other systems involving
public-expenditure-supported medical fees.)

Il. Promoting research and improving the quality of treatment
1. Designated medical facilities

Guaranteeing convenience for child patients and their families, as well as the
continuation of treatment (designated requirements are established in order to be
able to continually designate medical facilities that currently provide treatment).

2. Cooperating with treatment

Regional cooperation, greater-quality medical care (core hospitals and their juvenile
disease departments send information to regional medical facilities).

Cooperation with relevant regional organizations (cooperation with health care
centers as well as welfare and education organizations leads to a more fulfilling life for

patients undergoing treatment)

Cooperating and sharing information with intractable disease and adult medical
facilities.

3. Promoting research

Greater precision for data input (designated medical practitioner directly inputs data,
data accumulates over years, linkage between the data of patients with intractable
diseases, also possible to input data of patients not receiving medical fee assistance for
reasons such as being already cured).

Using registered data for research and sharing the fruits of this research with child
patients and the general public.
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lll. Understanding the characteristics of children with chronic diseases and
encouraging them to grow up healthily, take part in society, and be self-reliant

through the unified support of the community

1. Encouraging the spread of information and awareness

Creating a portal site that allows for access to broad shared information.
2. Encouraging comprehensive support in regional areas, etc.

Creating committees from people involved in the region’s regional medical, health,
welfare, and education fields to examine the content of the support* tailored to the
needs of child patients and their families, as well as using regional resources (such as
various support policies and NPOs) to provide care. (*Support includes: consultation,
peer support, support for creating individual support plans to encourage self-reliance,
support for taking part in society, self-reliance support, and family support.)

Maintenance of child patients’ handbooks for specific pediatric chronic diseases;
bringing the handbook system to a new level.

Creating and making public national policies for specific pediatric chronic diseases and
encouraging treatment research in addition to guaranteeing medical, welfare, and

other facilities as well as promoting understanding among those involved.
3. Support for the transition into adulthood

Undertaking seamless support into the period of adulthood while being engaged with
the strengthening of comprehensive support (see point 2 of number 3) in order to
encourage self-reliance among child patients in addition to general support relating to
the self-reliance and medical fee assistance*. (*Due to an increase in intractable
disease patients, it is expected that there will be a rise in people who continue to

receive medical fee assistance.)

Click here for the New Medical Fee Assistance System for Specific Pediatric Chronic

Diseases
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Designated training resources for specific pediatric chronic diseases

The resources (“Overview of the Countermeasures against Specific Pediatric Chronic
Diseases” and “Outlook of Diseases Targeted by the Countermeasures against Specific
Pediatric Chronic Diseases”) created for the training of designated medical
practitioners for specific pediatric chronic diseases are available for viewing.

Designated medical training materials
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About Medical Fee Support for Specific Pediatric Chronic Diseases

Childhood cancer, which is a type of pediatric chronic disease, requires a long period of
treatment and high medical fees. The Pediatric Chronic Disease Treatment Research
Project seeks to support the healthy development of children, as well as the
establishment and promotion of disease treatment. It also seeks to support
patient-borne costs in order to help alleviate the burden of medical fees on patients’

families.

Medical Fee Support for Specific Pediatric Chronic Diseases

The following information pertains to medical fee support for specific pediatric chronic
diseases.

Overview

To support the healthy development of children and to seek to alleviate the burden of
medical costs on patients’ families, a portion of patient-borne costs for children with
specific pediatric chronic diseases are covered by aid.

Eligibility

Child patients are eligible if they have a specific pediatric chronic disease (listed below)
and it is of the severity as designated by the Minister of Health, Labour and Welfare.

Has a disease that becomes chronic,
the disease is a long-term threat to the patient’s life,
the conditions and treatment of the disease have the long-term effect of
lowering the patient’s quality of life, and
4. the disease requires long-term and continuing high-cost treatment.

*  Must fulfil all of the above requirements and must be a disease designated by the
Minister of Health, Labour and Welfare.

* Only children who are 18 years old or younger are eligible. (However, if upon
reaching the age of 18 the patient is eligible for the project and also requires
continued treatment, they will be eligible until they are 20 years old.)
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Application Process

The following information pertains to the application for medical fee support for specific
pediatric chronic diseases.

1. Have a medical exam at a designated medical facility.

2. After diagnosis at a designated medical facility, receive a medical opinion document
for a pediatric chronic disease from the medical practitioner.

3. Attach the medical opinion document provided in step 2 to your application for
medical fee assistance and submit it to your prefecture, designated city, or core
city.*

4. Eligible patients are examined by the Specific Pediatric Chronic Disease Examination

Committee.

5. The patient and family are notified by the prefecture, designated city, or core city
as to whether the applied for payment has been authorized or not authorized.

WREEODEE Examination of eligibility
CGHEISIERE Sha i sR==l 7)) [Prefecture, designated city, or core city]
Specific Pediatric Chronic Disease Examination
NS ERREER _
Committee
22 Medical examination
B Diagnosis
B Application
FOIE « NEBTE Authorization/non-authorization
(EEERERT) (Attach medical opinion document)
CGEUENE L [Child patient, family]
(5 TE RS ) [Designated medical facility]
(EERREFR) (Provide medical opinion document)

*Ask your prefecture, designated city, or core city for information about the document
(Application for Medical Fee Recipient Card) necessary to apply.

Click here for a list of local government information desks.
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Upper Limit of Patient-Borne Costs of Medical Fee Assistance for Specific Pediatric Chronic Diseases

&R 7-6

(Unit: Japanese yen)

Divided by
income
levels

Approximation of yearly income
(household with a two-person married
couple and one child)

Upper limit for patient-borne costs (patient bears: 20%, outpatient + hospitalization)

General rule

Already authorized payee (three-year transitional measures)

Regular

Serious
disease*

Patients who use a
ventilator or similar support

Regular

Patients with ongoing
serious diseases

ventilator or similar support

Patients who use a

Welfare, etc.

0

Low income | (less than
approximately 800,000

Municipal
unicip ven)

1,250

tax

. Low income Il (less than
exemption

approximately 2 million
yen)

2,500

Regular income |
(71,000 in municipal tax or less, less
than approximately 4.3 million yen)

5,000

2,500

Regular income Il
(251,000 in municipal tax or less, less
than approximately 8.5 million yen)

10,000

5,000

Vi

Upper income
(Greater than 251,000 yen in municipal
tax, greater than approximately 8.5
million yen)

15,000

10,000

500

1,250

2,500

1,250

2,500

5,000

10,000

2,500

500

Food expenses during hospitalization

Half of the costs borne by patients

None of the costs borne by patient

*Serious diseases is defined as either: 1) requiring high-cost medical fees over a long term, where the total medical fees exceed 50,000 yen per month
for over 6 months in a year (for example, if the medical insurance bears 80% of the costs, a patient-borne medical fee of 10,000 yen per month), or 2)

the disease meets the standards of an ongoing serious disease.

Click here for the authorization standards for serious diseases and specific pediatric chronic disease.

Return to “About Medical Fee Support for Specific Pediatric Chronic Diseases”

> Return to the top of the page for the Upper Limit of Patient-Borne Costs of Medical Fee Assistance for Specific Pediatric Chronic Diseases
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Authorization Standards for Patients with Serious Diseases and Specific Pediatric
Chronic Diseases

1) Patients who are designated by the Minister of Health, Labour and Welfare (by notice
number 1 of 462 from the Ministry of Health, Labour and Welfare) as requiring
continued treatment that is high cost and long term.

<> Patients whose treatment is high cost and continues over a long term can apply with
a separate form as having a serious disease. Patients who have received authorization
as a patient with a serious disease can find the designated costs on a separate chart for
the patient-borne costs (patient bears 20% of the costs).

<> Patients who have treatments that are high cost and continue of a long term are
defined as those having over six months of medical costs that exceed 50,000 yen for the
medical costs under their medical insurance based on the medical fee support for a

specific pediatric chronic disease in one month.

2) Patients who are designated by the Minister of Health, Labour and Welfare (by notice
number 2 of 462 from the Ministry of Health, Labour and Welfare) as requiring especially
burdensome medical treatment.

<> Patients who require especially burdensome treatment based on their physical
conditions or the treatment applicable to a specific pediatric chronic disease, can apply
with a separate form as having a serious disease. Patients who have received
authorization as a patient with a serious disease can find the designated costs on a
separate chart for the patient-borne costs (patient bears 20% of the costs).

< A patient with particularly burdensome medical treatment is someone who meets
the requirements below in either a or b.
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a. The patient is a child and has been acknowledged as having a disease in a position on
the following chart and that at least one of the diseases on the same chart continues for

a long term (six months or more).

Eligible positions Conditions of the disease

Eyes A patient who has a considerable disability with their eyes (less
than 0.04 vision in both eyes)

Auditory organ A patient who has a significant auditory disability (a hearing

ability in both ears of over 100 decibels)

Arms A patient who has a significant disability with their arms
(complete loss of the ability to use arms)

A patient who has a significant disability with the movement of
their fingers (loss of all fingers from the base of both hands, or
complete loss of the ability to move fingers)

A patient who has a significant disability with part of their arm
(loss of over half of one of their arms, or complete loss of the

ability to move part of their arms)

Legs A patient who has a significant disability with their legs (complete
loss of the ability to move their legs)

A patient who has lost the limb from their foot joint or more

Trunk/spine A disability severe enough that a child 1 year old or older cannot

use their trunk function to sit

or stand (a disability for a child 1 year old or older who cannot sit
down on a chair, sit with their legs tucked under them, sit cross-
legged or sit on their side, or cannot assume the decubitus
position or cannot stand up on their own from a seated position
without the help first of someone else, a pillar, a cane or other

form of assistance or care)

Use of limbs A disability with the use of the patient’s body, or a disease that
requires rest after long periods and is recognized as being above
the level of the level of severity in the other items in this chart
(excluding the eye and auditory items), and makes management
of daily life impossible (has completely lost the ability to use arms
and legs or has an ability that severely limits the use of all four

limbs)

65



b. Is a child with a specific pediatric chronic disease and has a disease with the
characteristics of one of the disease groups on the following chart.

Disease groups Disease characteristics

i Has a transition or reoccurrence and is undertaking
Malignant neoplasm )
serious treatment

o ] Undertaking hemodialysis or peritoneal dialysis (including
Chronic kidney disease ) ) L
CAPD, continuous ambulatory peri