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Description
Only 5% of the nearly 8000 rare diseases that have been

identified have licensed treatments. Because most of these
diseases can kill you, we need new medicines right away. Drug
repurposing, also known as drug repositioning, is the process of
finding new uses for approved or under investigation drugs that
go beyond the original medical use. Patients with unmet needs
and rare diseases stand to benefit from this opportunity. It is
often presented as a viable, risk-managed strategy for
pharmaceutical companies developing orphan drugs. It is an
alternative option in drug development. It is argued that drug
repurposing has numerous advantages over developing a brand-
new medication for a specific indication: less dangers, lower
costs and more limited courses of events. However, things are
not as straightforward as this. Drug repurposing has achieved
notable success. However, repurposing does not always work
out well. In clinical trials, the repurposed drug might not be able
to balance the benefits and drawbacks. In addition, prior to
developing repurposed drugs, legal and regulatory issues that
are specific to drug repurposing must be carefully examined. The
objective of this article is to distinguish fact from fiction and to
identify major obstacles and opportunities associated with drug
repurposing in rare diseases. Although more than 7000 rare
diseases have been identified, licensed treatments only benefit
about 5% of patients. These facts emphasize the need for new
medicines because the majority of these diseases pose a threat
to life. Drug repositioning is a novel approach to drug
development that presents rare diseases with an appealing
opportunity.

Concerned Sickness
Drug repositioning, also known as drug repurposing, drug

reprofiling, or drug re-tasking, is the process of finding a new
medical use for a drug that has already been approved or is
under investigation. Drug repositioning is viewed as in the field
of vagrant medications just like a quicker and some way or
another less exorbitant system than conventional new
medication improvement for drug organizations. While a few
effective repositioning cases have been found by luck, most
victories straightly get from the sub-atomic portrayal of the

concerned sickness. The majority of this brief commentary is
devoted to these rationally based success stories. A rare
condition known as Gorham-Stout Disease (GSD) is
characterized by rapid and spontaneous bone loss. The disease
is generally self-limiting and benign; the development is
extremely complicated and erratic. There is no relationship
between infectious risk factors, gender, ethnicity, or the
environment. The cause of the disease is unknown. One possible
hypothesis was that osteoclasts played a significant role. The
presence of mutations in genes involved in vasculogenesis,
angiogenesis, and lymphangiogenesis was recently discovered
by genomic analysis. GSD can occur in a variety of bones, most
frequently in the upper limbs and maxilla. The affected site is
connected to the symptoms. The disease typically causes
swelling, pain, and functional limitations in the affected area,
but it can also go unnoticed until a pathological fracture occurs.
An immune-mediated inflammatory condition of unknown
etiology known as IgG4-Related Disease (IgG4-RD) is
characterized by the invasion of tissue by plasma cells that
produce IgG4. It can affect almost any organ system, but it rarely
affects the central nervous system. To make a diagnosis, a
careful clinic pathological correlation is needed. Glucocorticoids
are an effective treatment for the condition, but it is likely
underdiagnosed.

Even though IgG4-related diseases respond quickly to
glucocorticoids, untreated cases can result in organ failure or
even death. A 46-year-old female patient presents with a
headache, tingling, numbness, flickering movement in her left
lower limb that gradually extends to her torso and head, and
loss of consciousness, as described in the case described here.
The diagnosis of IgG4-related hypertrophic pachymeningitis was
confirmed by radiological and immunohistochemical
examinations. The patient received corticosteroid treatment,
which resulted in a symptomatic improvement. Clinicians ought
to be aware of this uncommon condition and stressed the
significance of prompt corticosteroid treatment and diagnosis. A
rare condition known as peritoneal hydatid cyst is caused by
Echinococcus eggs being transplanted. Primary and secondary
peritoneal cysts are two distinct types. This case adds an unusual
peritoneal hydatid cyst manifestation to the list of known
disease manifestations in the medical literature. This is
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important because, if not handled carefully, peritoneal hydatid
cysts could be life-threatening. Vascular Ehlers-Danlos Syndrome
(VEDS) is a rare genetic condition that is triggered by
heterozygous pathogenic variants in the COL3A1 gene and is
characterized clinically by vascular, intestinal, and uterine
fragility. Due to the unpredictability of the events, managing
patients with vEDS is challenging, and there are no clear
guidelines for treating adults and children with vEDS. As a first
step toward a consensus statement, we aimed to collect data on
the current strategy of expert centers in continental Europe and
Great Britain for the surveillance and monitoring of vEDS
patients.

Novel Set of Techniques
All members of the Medium Sized Artery (MSA) Working

Group of the European Reference Network for Rare Vascular
Diseases and other expert centers received a survey on the
clinical management of vEDS. Patients with vEDS should be
closely monitored, according to all experts. In spite of the
absence of evidence-based guidelines, monitoring is taken into
consideration in almost all nations; however, the screening
intervals and monitoring modalities utilized by various centers
may differ. There is a requirement for more imminent
multicenter studies to characterize legitimate rules. The goal of
this paper is to help define ancient rare diseases in skeletons
with paralysis-related pathologies. It employs a novel set of
techniques that can be used specifically to identify poliomyelitis
in difficult cases of possible paralysis in human skeletal material
derived from archaeological sources. It has been suggested that
APOE*4Pittsburgh, which is only found in populations with

European ancestry, is a risk factor for Late-Onset Alzheimer's
Disease (LOAD). However, the independent genetic association
of L28P with APOE*4 (C112R) is uncertain because of the
complete linkage disequilibrium. The initial association study
that linked L28P to the risk of LOAD was conducted with a
relatively small sample size. Since L28P has only been found in
the heterozygous state of APOE*4 carriers and 3/4 is the most
common genotype containing the APOE*4 allele, we re-
evaluated this association in the current study in a large case-
control sample of 15,762 White U.S. subjects and investigated its
independent effect in APOE 3/4 subjects. All heterozygous
carriers of L28P with APOE*4 were approximately three times
more common in AD patients than in cognitively healthy
controls (0.845% vs. 0.277%).The odds ratio (OR) adjusted for
age and sex in the meta-analysis was 2.87 (95% CI:1.34 – 6.13;p=
0.0066).The age- and sex-adjusted meta-analysis OR was 1.53
(95 percent CI:0.70 – 3.36;indicating that it had no effect on
APOE*4 (p = 0.28),The low power of 4,138 subjects with the 3/4
genotype (12% power at = 0.05) in comparison to the required
sample of 139,088 subjects with the 3/4 genotype to detect an
OR of 1.5 at = 0.05 and 80% power appears to be the primary
cause of the lack of statistical significance. Previous
experimental findings that this mutation causes significant
structural and conformational changes in the ApoE4 molecule
and can induce functional defects associated with neuronal A42
accumulation and oxidative stress supports our findings that
L28P has an independent genetic effect on AD risk. Determining
its functional significance in the AD etiology will be made easier
with additional functional studies using animal models and cell-
based systems.
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