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4. Specialty Medicine

4-1. Monogenic / Rare diseases

I. Innovative therapeutics for genetically defined rare diseases with high
unmet medical needs (e.g. significant morbidity and/or mortality) that are
combined with new approaches such as
Ø Novel technology for tissue/cell specific modulation of disease target (e.g. tissue-

specific delivery/modulation of AAV therapy).
Ø Novel target of gene therapy including splicing modulation (e.g. trans splicing,

mRNA repair).
Ø Novel technology to prevent generation or activity of neutralizing antibodies in the

blood in AAV therapy

<Not Interested> 

Ø Rare cancer
Ø Genome editing

4-2. Immune-related diseases

I. Novel therapeutic targets/mechanisms involved in over-activation of immune
system (e.g. cytokine storm syndrome) which is associated with infection,
ageing and mitophagy.

II. Novel therapeutic targets/mechanisms for depleting specific pathogenic
immune cells (e.g. autoantibody-producing plasma cells and self-antigen
specific T/B cell)

III. Novel therapeutic targets/mechanisms in refractory immune-mediated end-
organ diseases (e.g. neuro-inflammation diseases, nephritis, and vasculitis)

4-3. Ophthalmology

I. Novel technologies and/or biological mechanisms/targets for gene therapy
in eye diseases (e.g. vectors for intravitreal injection, minigenes amenable
for AAV vectors, novel target molecules applicable to gene therapy).

II. Novel pathological biomarkers based on diagnostic imaging and AI
technology in ophthalmology.

4-4. Pain

I. Novel molecular targets or therapeutics to prevent “chronic pain state”
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development. 
Ø Chronic pain state: Altered gene expression which maintain peripheral and central

sensitization to amplify nociceptive stimuli.
Ø Therapeutics: oligonucleotide, gene therapy, and new modalities

II. Novel technologies of DDS to peripheral sensory neuron or spinal neuron
(oligonucleotide, gene therapy, and new modalities).

4-5. CNS diseases

I. Psychiatric diseases
Ø Technology, device, and index for precision medicine for psychiatric disease

(patient stratification)

• Stratification by brain circuit: Research on brain dysfunction caused by
abnormalities in specific brain regions and brain circuits

• Stratification by brain function: Technology, indexes, and analysis methods that
accurately and objectively measure human brain function and mental state

• Vitalization of facial expressions, speech, sleep, etc .: Technologies such as
wearable devices that easily and simply substitutes human brain functions

• Animal behavior analysis technology (digital phenotyping technology) using
continuous and comprehensive observation

Ø Value improvement of existing drugs for Psychiatric diseases

• Priority diseases includes schizophrenia, autism spectrum disorders and
genetic diseases.

• Novel idea/approaches to improve efficacy of existing therapeutic compounds
or endogenous bio-active biomolecules such as neuropeptides.

II. Neurodegenerative diseases
Ø Elucidation of mechanisms underlying misfolding of neurodegenerative disease-

related proteins such as Amyloid b, Tau, a-syn, PrP, TDP-43, and Htt (polyQ
proteins), and their therapeutic approaches.

• Novel approaches for inhibition, degradation or elimination of misfolded
proteins.

• Novel approaches to identify specific binders to intrinsically disordered regions
of misfolded proteins.

• Novel therapeutic targets and/or modulators for formation of liquid–liquid phase
separation.

• Elucidation of mechanisms underlying the generation of different
conformational strains from the same protein, and approaches for the
identification and isolation of each strain.

Ø Novel technologies for research and diagnosis of neurodegenerative diseases.

• Disease-relevant assay systems and animal models. (For example, the model
reflecting the abnormal structure of misfolded protein from patients, possible
disease mechanism, etc.)

• Novel methodologies for diagnosis and stratification of patients based on
misfolded protein.

• Novel technologies or digital devices to address cognitive impairment in
dementia.
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Ø Novel approaches to identify druggable targets other than neurodegenerative
disease-related protein itself.

4-6. Organ damage

I. Therapeutic approaches for non-syndromic deafness
Ø Novel therapeutic targets, mechanisms and in vitro/ in vivo assay system for non-

syndromic deafness (especially cochlear neuropathy) resulting from monogenic
defects.

II. Therapeutic approaches for monogenic cardiac disorder
Ø Novel therapeutic targets, mechanisms and in vitro/ in vivo assay system for

monogenic cardiac disorder (e.g. dilated/hypertrophic cardiomyopathy).


