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Realizing a Healthy Future by Creating Innovation

Development pipeline (As of August 7, 2025)

Phase1 Phase2 Phase3 Application �led

Intractable 
and 
rare diseases

Hematological 
malignancies

Circulatory 
and metabolic 
system

Urology 
and 
gynecology

Global development product ★Orphan drug ●Rare pediatric disease

★●CAP-1002
Duchenne muscular 
dystrophy Cardiomyopathy

★●RGX-121
Mucopolysaccharidosis 
type II

★NS-065/NCNP-01*
Duchenne muscular 
dystrophy

★●CAP-1002
Duchenne muscular 
dystrophy

★ZX008
CDKL5 de�ciency disorder

GA101
● Lupus nephritis
● Pediatric idiopathic nephrotic syndrome
● Systemic lupus erythematosus without nephropathy

★NS-917
Relapsed/refractory 
acute myeloid leukemia

★LY3527727
● Mantle cell lymphoma
● Chronic lymphocytic leukemia

★NS-401
Blastic plasmacytoid 
dendritic cell neoplasm

NS-863
Circulatory and 
metabolic system diseases

NS-304
Arteriosclerosis obliterans

NS-025
Urological diseases

NS-580
● Chronic prostatitis / Chronic pelvic pain syndrome
● Endometriosis

●NS-050/NCNP-03
Duchenne muscular 
dystrophy

★●ATSN-101
GUCY2D gene mutation 
type of Leber congenital 
amaurosis

★●RGX-111
Mucopolysaccharidosis 
type I

★●NS-089/NCNP-02
Duchenne muscular 
dystrophy

★NS-229
Eosinophilic granulomatosis 
with polyangiitis

R&D

The mission of Medical A�airs is to identify unmet medical needs, generate medical and scienti�c evidence related to these needs, 

and communicate the information to medical professionals and patients. To deliver the most appropriate healthcare to all patients, 

we aim to optimize the medical value of our in-house pharmaceuticals to help improve patient bene�ts. To do this, we conduct 

exchanges with medical experts and patient organizations, and also hold various surveys, which help us to identify issues related to 

target diseases, such as the status of existing treatments and diagnoses, and collect information about our products that cannot be 

obtained from clinical trials alone. We formulate medical plans based on the collected information, and conduct evidence generation 

and disease awareness activities according to these plans.

*Unmet medical needs: These are medical needs that are not being met satisfactorily from the viewpoint of medical professionals or patients.
For example, diseases that lack e�ective treatments, or the need for new therapeutic agents or treatments.

Medical A�airs

The Nippon Shinyaku Group is committed to tackling the 

challenge of new modalities in drug discovery and globalization in 

order to realize our Business Philosophy. We recognize that 

intellectual property (IP) plays an important role in promoting 

these purposes, and through the protection and utilization of IP, 

we will strengthen the superiority of our business and 

continuously improve corporate value. We also practice thorough 

IP-related risk management by conducting third-party ownership 

investigations.

R&D activities and intellectual property
The Intellectual Property Department collaborates with the R&D 

Division from the early stages of research. By doing this, we can 

protect pharmaceuticals and functional foods produced in-house 

in a long-term, multifaceted and strategic way using multiple 

patents. In addition, we are considering building and utilizing 

a patent portfolio to strengthen our global R&D strategy and 

business strategies in an internal committee.

Understanding and analyzing intellectual properties
We conduct patent trend analysis and IP analysis of competitors 

in technical �elds believed to be important for us over the 

medium to long term. In addition to early stage IP risk 

management, we can use this information in our R&D strategy 

and business strategies. Furthermore, the Group analyzes IP 

protecting its products and their surroundings to create 

opportunities for in-house R&D and business expansion, 

including strategic licensing.

Building our reputation and brand based on 
trademarks
We determine the appropriate product names according to the 

medicines and functional foods produced in-house. 

By protecting them with trademark rights, we build the 

reputation and brand of our products.

Intellectual Property

We are conducting various types of research, including 

non-clinical research, clinical research, database research, 

and registry research for our in-house pharmaceuticals as 

activities to generate evidence for treatment optimization. 

We have published numerous results from such research in 

conference presentations and academic papers. We have also 

collaborated with patient organizations to hold public seminars 

on hematological malignancies and muscular dystrophy, 

and plan other initiatives, such as gathering the opinions of 

patients and communicating them to society. In the future, 

we will continue to stay focused on patients and conduct 

pharmaceutical development that incorporates their opinions.

For patients

At Nippon Shinyaku, we encourage everyone to make draft 
proposals, based on our policy under which the Discovery and 
Drug E�cacy Department fosters a culture where it becomes 
a matter of course for everyone to draft new research themes. 
Drafting a new research theme is the starting point of drug 
discovery, and if this process is neglected then it will not be 
possible to expand the R&D pipeline. “All researchers draft a 
proposal makes draft proposals” is an initiative that encourages all 
researchers at the Discovery and Drug E�cacy Department to take 
on the challenge of generating an idea once a year, instead of 
leaving everything only to the specialist researchers in charge of 
drafting work. Although of course there are di�erences between 
researchers in terms of age group, skill, and experience, everyone 

has the same determination to help patients in need and deliver 
drugs through their own e�orts, which is the foundation of drug 
discovery. 
To help researchers even with limited experience to put this 
determination into practice, we have established a department to 
manage the process from drafting to theme promotion in order to 
support idea generation. We have also established a framework that 
leads naturally to completion of the draft proposal by providing a list 
of the items that require consideration when drafting a proposal, 
which the researcher then �lls in. It is thanks to our diverse human 
resources that we can generate diverse ideas as we pursue 
uniqueness, and through this friendly competition with each 
other, we aim to produce new drugs that are globally renowned.

All researchers draft a proposal

*Launched in Japan and U.S. in 2020
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