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Introduction "'

be upplicable to comman conditions but rescarch invesument is discon
hmwx}: drugs are unpatentable of face im ing patent expiration.
products alio include, on the US markes, drugs that have been found
Bave new uses ia the treatient of serious uncommon

may repeescnt anocher important groap of o
By *uacommon” is ment & product of imited
any drugs with towl
. A disease with an incidence of 0.025% or
{30,000 or fewer paticnts) s certainly uncomman, wnd s perhaps i one
aa incidence of 0.30%,
e tesponiilty for reecing thee orphuns remmies primaily with
industry. However, orphan drugs have been developed
al firn and made avalable. 1o the puble a0 sefered o
BROMOCRIPTINE.
DANTROLENE
DIAZOXIDE
LYPRESSIN

METYROSINE
VENTAGASTRIN
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- Socierh Inaians Scicare Farmacestiche.
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In recear years, companies have ageed to. develop some orphan drigs,
aad some of them bhave been spproved by the FDA (1982/1983):

foe hepatic porpiyrias
— CHENODIOL (e dinoiring palleoocs in sowe bigh rorgial sk paiens}
— IPETOPROTEIN, » dsguoatic it for 1he Smnsgrment and therspy. of reticulr cancer
— ETOPOSIDE for reftaciory estculas camces

(LS HYDROXYTRYFTOPHAN was mude svallible for levestigatonal o 1o the mresument

of postaaonic apodomi)

Other drug companies have agreed 10 develop the following (from

Finkel, 1978 snd Groft, 1983)

DitliG SPONSOR
AMICDARONE Tres
BACETRACIN AL Liberiodies
CARNITING MG
ACID, GLUCONIC ACID,  Gusndism Chessial
MAGNESIUI HYDROXY-
ATE, TN
ACID CITRATE, CALCIUM
SOLUTION
w
ETHANGLAMINE OLEATE Gl
HEMATIN Abort Hepale porpleria
HYDROY ETHYL STARGH Amscdean Critial  Whis blood cell harveing
(HETASTARCH) [
LOHYDROXY-TRYFTOFHAN Eoler Phanoscer  Pontancndd myoclosis
ey
INDIUAY OXINE Aseriiom White blood cells s plitcir
imaging
METHAGHDLINE C1 Koche Disguots of corsh brvochial
ithna
WALIODOBENZYLGUANIDINE  Mallnchrede Adrensl modillery imagog
(A015G) ageat
MONOOCTANOIN Ascor Chalerercd gallcee disslation
NP (BETAIS Mliodkoods Advenal conticl i
10DONORCHOLESTEROL)
PENTAMIDINE
PINOZIDE

TRIENTINE (THIETHYLENE
AMINE DIHYDRO-

viiamin E deficient

1) Confideotial.
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recent Orphan Drug Act has overcome many of the previous cbstacles
o ihe uudy S il B, b PR SE st nrp(’\lﬂ drugs. The important
provisions fursished by the sbove act are bere reported
Provisions of the Orphan Drug Aet (PL97414, Jan 4, 1983)
Tex crsis of 30 percns fo the expemics of the clinkal s pesformed prioe 1o markeing
approval (+ mormal deduction for the remuinder of the clinical expenses, 73%)
Tapear exchuiive markering Beense for unpatencable drops
Grants nd comract (§ 4 million per yeas)

Tiportiat orphan drugs e being developed thanks 1o the scrivities of
the National Tnstitures of Health.

Orphau drugs developed by the activiies of NIH

DRUG DISEASE/S
Vacine foe sexpiacey syseysal view e coup
Himsetadine Infurnas
Phosphosophormare. Hepes
[——— Herpes
Benryesers and emal peyeid desonives To presene sicklng
Antagsincn 0 the bocmone LH RE. [ —
[R—————— Blond riatieics
Somadres hemoglobin, modified hemoglobin Bload subatitunes
Onpen binding chlaier o ritniten
Ao g, prble g il omesing orpban dnge o b

g Ttldad i, i i T o Prlons st s
st of sl aal Qi vendoa o gttt o g r.m. e
populacions or brouder Indications. Stndards for the establishment of safery
and cffectiveness arc undoubtedly 1o be maintsined. But certain tests could be
waived (eg,, carcinogenicity; may longterm haman csposure substivate long:
term toxicity stdies in animals?), This and other relevan: questions oar
souad table will face; we hope to recsive relisble answers to them.
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