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1. The Institution: NoctuRNA Therapeutics

Circular RNA-based therapy for treating incurable diseases Spin-off from

Financed or recognized by:
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2. The Product: Target Indications

4



2. The Product: circular RNAs & Innovative MoA

XXV Encuentro de Cooperación Farma-Biotech 

FIRST-IN-CLASS THERAPY

New and disruptive mode of action

We use circular RNAs (circRNA) that disrupt pathogenic RNA secondary structures
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Causes of death include 

respiratory failure, 

cardiovascular disease, 

arrhythmia, and neoplasms

(using Steinert disease as an example)

DISRUPTIVE MODE OF ACTION

2. The Product: circular RNAs & Innovative MoA
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2. The Product: Differential features
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2. The Product: Differential features

✔ 1st in CLASS therapy 

✔ HIGH STABILITY due to circular RNA nature

✔ As antivirals: increased DIFFICULTY OF RESISTANCE STRAINS, applicable to multiple viral 

diseases, BROAD SPECTRUM activity

✔ COMPLETE REDUCTION OF INFECTION in 48h 

✔ Novel approach to attack undruggable targets (i.e. genetic diseases)

✔ Optimized LOW-COST PRODUCTION of circRNA

✔ ULTRA FAST DEVELOPMENT - Effective Lead candidates obtained in 3-4 weeks
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2. The Product: Differential features
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Steinert’ competitors (DM1):

Main actors/competitors in the market for Myotonic Dystrophy and their pipeline. Adapted and modified from Myotonic Dystrophy Foundation. 
CDM: Congenital Myotonic Dystrophy, DM1: Myotonic dystrophy type 1 (Steinert Disease),DM2: Myotonic dystrophy type 2 

There is currently no company with a drug on the market

Some candidates for DM1 in clinical phases aim to

increase the amount of unsequestered MBNL1 by

modulating the expression of a gene. In contrast,

our circRNA disrupts the structure of DMPK, which

sequesters MBNL1, without affecting the

expression of any other gene.

This makes it a much safer therapy.
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2. The Product: Differential features
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ALS competitors:

➢ Biogen (USA) leads with Tofersen, an ASO targeting SOD1 mutations. It received FDA accelerated approval.

➢ Ionis Pharmaceuticals, a pioneer in ASO development, collaborates with Biogen and others on ALS programs: BIIB078 TERMINATED

➢ Wave Life Sciences develops stereopure ASOs with clinical-stage candidates for CNS disorders, including ALS: WVE-004 TERMINATED

➢ Amylyx Pharmaceuticals received US and Canada approval for Relyvrio (a non-genetic small molecule combo)

➢ Treeay (Netherlands) is developing oral therapies for ALS.

➢ QurAwlis (USA) and similar startups focus on molecular subtype-specific approaches.

C9ALS and ASO Limitations

In C9ALS, ASOs targeting mutant sense transcripts reduce RNA foci and dipeptide repeat proteins (DPRs) in preclinical models.

However, current ASOs only target the sense strand, allowing antisense-derived DPRs and RNA foci to persist.

This limitation contributed to the termination of BIIB078 and WVE-004 (2022–2023), due to limited efficacy despite early safety and tolerability.

Need for innovative therapies targeting both sense and antisense transcripts for meaningful clinical impact
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2. The Product: Development Status
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A)

In vitro EFFICACY studies

B)

Reduction of nuclear aggregates in myocytes

5-fold decrease 2,5-fold decrease 2,8-fold decrease Results of splicing correction 
in a patient cell line

Drosophila Model:

➢ Treatment with a specific circRNA improved 

83% of flies (25/30)

➢ Improvement measured by phenotypic 

changes in eyes expressing pathological RNA

In vivo EFFICACY studies

CircRNA candidates for other neurodegenerative 

diseases (ALS, FTD, Huntington’s disease, SCA8, 

FXTAS) have been successfully validated in vitro

NEURODEGENERATIVE DISEASES

Mice Model experiments ongoing

STEINERT DISEASE (DM1)
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ALS in vivo Biodistribution / Toxicity studies
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circALS1 molecules are detected 

30 days after i.c.v injection

Maximum dose determined without 

toxicity throughout the 30 days
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2. The Product: Development Status

INFECTIOUS DISEASES

VIRUS-SPECIFIC 
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EFFICACY in cell culture after 48 hours
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Experimental results of dengue (DENV), west Nile virus (WNV), SARS-CoV-2, hepatitis C (HCV) and the broad-spectrum circ-RNA 

for DENV and WNV in cell culture
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IN VIVO EFFICACY STUDIES of the SARS-CoV-2 circRNA 90% viral load reduction

90-100% of effectiveness 
in cell culture

BROAD-SPECTRUM
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2. The Product: IPR Protection
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2. The Product: Pitfalls & Risks

1) Financial Constraints:
One of the primary challenges is securing sufficient funding to support the development of all our research lines. This is why we
have prioritized our projects to focus resources on the most promising candidates. We’ll combine public and private funding as
this is key for the continued development and expansion of our platform.

2) Technological development:
Our design platform for circRNA is built to automatically generate a set of candidates targeting one or more specific RNA
secondary structures. However, due to the complexity and specificity of certain targets, full automation may not always be
possible. In such cases, manual intervention may be required, involving multiple steps and iterative redesigns, which could slow
down the scalability of our platform.
Developing an effective delivery system for circRNAs tailored to each specific disease is another critical hurdle. To date, we have
tested various lipid nanoparticles (LNPs) for encapsulation, and ongoing trials will determine if further optimization is necessary.

3) RegulatoryChallenges:
Currently, there are no approved circRNAs by regulatory agencies, and therefore no specific guidelines exist. This makes it
essential to engage with regulatory bodies to pave the way for future clinical trial approvals. Nocturna’s circRNAs has been
classified asGene Therapy by the Committee for Advanced Therapies and we also achieved the SME classification by the EMA.
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3. Partnering Opportunities

circRNAs production method circRNAs in our pipeline

➢ Novel IVT based circRNA production

➢ HIGH-YIELD (>85%) production

➢ GMP implementation and scalable

Licencing of our circRNA production 

protocol to an RNA MANUFACTURER

1

SHORT TERM REVENUES 

2

EXIT

BUSINESS MODEL: LICENSE OF DIFFERENT ASSETS

We are open to collaboration on our current pipeline or new Project proposals
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Revolutionizing treatment: synthetic circular RNA 
strategy for neurodegenerative and infectious diseases

Miriam Corredor, PhD
CEO
mcorredor@nocturnatx.com
www.nocturnatx.com
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