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Rare Diseases
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In 1982, when the Orphan Drug Act was passed as an amendment to the

Federal Food, Drug, and Cosmetic Act,! few suspected the extent to

which this law would alleviate the plight of patients with rare diseases.
" The law defines an orphan drug as one with efficacy against a disease

affecting fewer than 200,000 people in the United States or one that

scientists and economists at the Food and Drug Administration (FDA)
%wgggﬁgnine will not be profitable for seven years after FDA approval.2 In
the 24 years since this law was passed, 282 such drugs and biologic
products, . . . [Full Text of this Article]
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Orphan Drugs

The term "orphan drug" refers to a product that treats a rare disease affecting fewer than 200,000
Americans. The Orphan Drug Act was signed into law on January 4, 1983. Since the Orphan Drug Act
passed, over 100 orphan drugs and biological products have been brought to market.

The intent of the Orphan Drug Act is to stimulate the research, development, and approval of products
that treat rare diseases. This mission is accomplished through several mechanisms:

¢ Sponsors are granted seven years of marketing exclusivity after approval of its orphan drug
product.

o Sponsors also are granted tax incentives for clinical research they have undertaken.

e FDA's Office of Orphan Products Development coordinates research study design assistance for
sponsors of drugs for rare diseases [Notice: This link will take you outside the CDER web site].

e The Office of Orphan Products Development also encourages sponsors to conduct open protocols,
allowing patients to be added to ongoing studies.

o Grant funding is available to defray costs of qualified clinical testing expenses incurred in
connection with the development of orphan products.

http://www.fda.gov/cder/handbook/orphan.htm 02/20/2006
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Ask the Pediatric Cardiologist - What Is an Orphan
Drug or Device?

In the United States, drugs and devices are approved for marketing by the
U.S. Food and Drug Administration (FDA) based on data from studies.
Results from studies are used to develop the specific “labeling claims” that
companies are allowed to make about their products. The FDA usually
requires fairly extensive data about the safety and efficacy of drugs or
devices before they are approved.

Companies spend substantial sums of money to do studies to fulfill the FDA
requirements, then reap profits from drug or device sales after their product
is approved. Patent exclusivity (only the company that develops a drug is
allowed to market it for a specified time) allows companies to get back their
investment in drug or device development.

Companies recoup the cost of running clinical studies with profits from their
approved drugs or devices being sold in the marketplace. Companies are
often unwilling or unable to do studies for rare diseases or conditions —
because they won't be able to generate enough money from sales to cover
the study costs. Other barriers also prevent companies from performing
studies in pediatric patients. Because pediatric diseases — even serious
ones such as congenital heart disease — are rare, too few studies have
been or will be performed. This has resulted in a lack of information about
the safety and efficacy of drugs and devices in children.

The FDA has recognized this problem and provided an alternative pathway
— and less expensive option for companies. Companies may seek to have
a drug designated as an “orphan” drug for a specific problem, as long as
they can show that it's likely to be used less than 200,000 times per year.f}
Device companies can also seek to have a device designated as a
*humanitarian use” device, as long as it will be used to treat fewer than
4,000 patients for a specific problem each year. After a product has
received the orphan or humanitarian use designation, a company may be
able to gain marketing approval for the product with a smaller amount of
data than would usually be required. Companies may also be eligible to
recoup some of the costs of drug development.

The orphan drug and humanitarian device legislation is one way the FDA
has continued to provide incentives for companies to provide safe and
effective products for infants and children. It has helped the pediatric
community by providing more information on which to base treatment
decisions. To learn more about the orphan drug and device legislation, visit
the Office of Orphan Products Development at

http://www fda.gov/orphan/.
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1 AN ACT % ; relating to: requiring health insurance policies to cover orphan drugs
7
2 and granting rule—-making authority.V

Analysis by the Legislative Reference Bureau

This bill requires health insurance policies and plans that cover prescription
drugs to cover any drug that is prescrlbed for an insured by a physician for the
treatment of a rare disease or condition A rare disease or condition, which is defined
in the bill by a cross—reference to federal law, is a disease or condition that: 1) affects
fewer than 200,000 persons in the United Stategjjor 2) affects 200,000 or more @
persons in the United States, but there is no reasonable expectation that the sale in
the United States of a drug for the disease or condition will recover the cost of
developing and making the drug available in the United States. The bill requires the
commissioner of insurance to promulgate a rule that specifies the drugs to which the
coverage requirement applies. v

The coverage requirement applies to both individual and group health
insurance policies and plans, including defined network plans and cooperative
sickness care associations; to health care plans offered by the state to its employees,
including a self-insured plan; and to self-insured health plans of counties, cities,
towns, villages, and school districts.” The requirement specifically does not apply to
limited service health organizations or preferred provider plans that provide only
limited-scope dental or vision benefits, medicare replacement or supplement
policies, or policies covering only certain specified diseases.’ The requirement may
be subject to any limitations, exclusions, or cost-sharing provisions that apply
generally under the policy or plan.
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For further information see the state and local fiscal estimate, which will be
printed as an appendix to this bill.

The peaple of the state of Wisconsin, represented in senate and assembly, do
enact as follows:

;
A
v
SECTION 1. 40.51 (8) of the statutes is amended to read:

40.51 (8) Every health care coverage plan offered by the state under sub. (6)
shall comply with ss. 631.89, 631.90, 631.93 (2), 631.95, 632.72 (2), 632.746 (1) to (8)
and (10), 632.747, 632.748, 632.83, 632.835, 632.85, 632.853, 632.855, 632.87 (3) to
(5), 632.895 (bm) and (8) to &4) {i}, and 632.896.

SECTION 2. 40'51 (8m) of the statutes is amended to read:

40.51 (8m) Every health care coverage plan offered by the group insurance
board under sub. (7) shall comply with ss. 631.95, 632.746 (1) to (8) and (10), 632.747,
632.748, 632.83, 632.835, 632.85, 632.853, 632.855fand 632.895 (11) to %@

SECTION 3. 66.013’7" (4) of the statutes is amended to read:

66.0137 (4) SELF-INSURED HEALTH PLANS. If a city, including a 1st class city, or
a village provides health care benefits under its home rule power, or if a town
provides health care benefits, to its officers and employees on a self-insured basis,
the self-insured plan shall comply with ss. 49.493 (3) (d), 631.89, 631.90, 631.93 (2),
632.746 (10) (a) 2. and (b) 2., 632.747 (3), 632.85, 632.853, 632.855, 632.87 (4) and (5),
632.895 (9) to %il_é_}, 622.896j}and 767.25 (4m) (d).

SECTION 4. 111.91¥(2) (n) of the statutes is amended to read:

111.91 (2) (n) The provision to eglployees of the health insurance coverage

required under s. 632.895 (11) to (14) (15).

SECTION 5. 120.13 (2) (g) of the statutes is amended to read:
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SECTION 5

120.13 (2) (g) Every self-insured plan under par. (b) shall comply with ss.
49.493 (3) (d), 631.89, 631.90, 631.93 (2), 632.746 (10) (a) 2. and (b) 2., 632.747 (3),

v
632.85, 632.853, 632.855, 632.87 (4) and (5), 632.895 (9) to (14) @{632.8964 and

767.25 (4m) (d). ,

SECTION 6. 185.981 (4t) of the statutes is amended to read:

185.981 (4t) A sickness care plan operated by a cooperative association is
subject to ss. 252.14, 631.17, 631.89, 631.95, 632.72 (2), 632.745 to 632.749, 632.85,
632.853, 632.855, 632.87 (2m), (3), (4), and (5), 632.895 (10) to (l@vﬁi)l_SL/and 632.897
(10) and chs. 149 and 155. %

SECTION 7. 185.983 (1) (intro.) of the statutes is amended to read:

185.983 (1) (intro.) Every such voluntary nonprofit sickness care plan shall be
exempt from chs. 600 to 646, with the exception of ss. 601.04, 601.13, 601.31, 601.41,
601.42, 601.43, 601.44, 601.45, 611.67, 619.04, 628.34 (10), 631.17, 631.89, 631.93,
631.95, 632.72 (2), 632.745 to 632.749, 632.775, 632.79, 632.795, 632.85, 632.853,
632.855, 632.87 (2m), (3), (4), and (5), 632.895 (5) and (9) to %il_ﬁ)), 632.896211(1
632.897 (10) and chs. 609, 630, 635, 645£nd 646, but the sponsoring association

shall: )
Vv

SECTION 8. 632.895 (15) of the statutes is created to read:
632.895 (15) DRUGS FOR THE TREATMENT OF RARE DISEASES. (a) In this subsection,

v

“rare disease or condition” has the meaning given in 21 USC 360bb (a) (2).
/

¥

(b) Except as provided in par. (e), every disability insurance policy, and every
self-insured health plan of the state or a county, city, village, town, or school district,
that provides coverage of prescription medication shall provide coverage for any drug
that is prescribed for an individual covered under the policy or plan by a physician

for the treatment of a rare disease or condition. \4/
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SECTION 8

J

(¢) The coverage required under par. (b) may be subject to any limitations,

exclusions, or cost—sharing provisions that apply generally to other prescription
v

medication under the disability insurance policy or self-insured health plan.

(d) The commissioner shall by rule specify the prescription drugs to which the
v
/

requirement under par. (b) applies.

(e) This subsection does not apply to any of the following: 4

1. A disability insurance policy that covers only certain specified diseases. /

2. A health care plan offered by a preferred provider plan, as defined in s. 609.01
Y
(4), that provides only limited—scope dental or vision benefits, or by a limited service

S

health organization, as defined in s. 609.01?3).

3. A medicare replacement policy or a medicare supplement policy. ¥

SECTION 9. Initial applicability.

(1) This act first applies to all of the following:

—use AR X
(a) Except as provided in paragraphs (b) and (¢), disability insurance policies
‘use ALY

that are issued or renewed, and self-insured health plans that are established,
extended, modified, or renewed, on the effective date of this paragraph. 4

& creade AE.X

(b) Disability insurance policies covering employees who are affected by a
collective bargaining agreement containing provisions inconsistent with this act
that are issued or renewed on the earlier of the following:

1. The day on which the collective bargaining agreement expires. /

2. The day on which the collective bargaining agreement is extended, modified,

/
¢

or renewed.

Foade ARY

(c) Self-insured health plans covering employees who are affected by a
collective bargaining agreement containing provisions inconsistent with this act

that are established, extended, modified, or renewed on the earlier of the following:
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SECTION 9

1. The day on which the collective bargaining agreement expires. /

2. The day on which the collective bargaining agreement is extended, modified,
or renewed. v

SECTION 10. Effective date. /

(1) This act takes effect on the ﬁrs{ day of the 13th month beginning after
publication.

(END)
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Because the definition under federal law is quite vague, I thought it best to have the
commissioner of insurance promulgate a rule that would list the drugs to which the
requirement applies."’!Because rules take some time to promulgate and be adopted by
the legislature, I delayed the effective date for one year. /

Pamela J. Kahler

Senior Legislative Attorney

Phone: (608) 266-2682

E-mail: pam.kahler@legis.state.wi.us
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March 23, 2006

Because the definition under federal law is quite vague, I thought it best to have the
commissioner of insurance promulgate a rule that would list the drugs to which the
requirement applies. Because rules take some time to promulgate and be adopted by
the legislature, I delayed the effective date for one year.

Pamela J. Kahler

Senior Legislative Attorney

Phone: (608) 266-2682

E-mail: pam.kahler@legis.state.wi.us
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