
POSIZIONE CODICE PROGETTO ISTITUZIONE PROPONENTE TITOLO 
TOTAL VALID 

SCORE
ESITO

1 AIFA2025 - 000332
ASST PAPA GIOVANNI XXIII -  

Bergamo

PET-Guided Radioligand Therapy Targeting the Cholecystokinin 2 Receptor in Advanced 

Medullary Thyroid Carcinoma: A Phase IIa Study with 68Ga-MGS5/177 Lu-MGS5

44,00
AMMESSO AL 

FINANZIAMENTO

2 AIFA2025 - 000046
FONDAZIONE IRCCS San 

Gerardo dei Tintori - Monza

A Phase I Study of Autologous CARCIK-CD19 ex-vivo gene therapy in Pediatric and Adult 

Patients with Refractory Autoimmune Hepatitis

43,50
AMMESSO AL 

FINANZIAMENTO

3 AIFA2025 - 000248
AZIENDA OSPEDALIERA DI 

PADOVA - Padova

Phase 1/2 clinical trial of hematopoietic stem cell lentiviral gene therapy in patients with MPS II

43,00
AMMESSO AL 

FINANZIAMENTO

4 AIFA2025 - 000124
AZIENDA ULSS 8 BERICA- 

OSPEDALE DI VICENZA - Vicenza

Manufacturing of Decellularized Diaphragm Allografts seeded with MSCs for Long-term 

Congenital Diaphragmatic Hernia Repair

42,00
AMMESSO AL 

FINANZIAMENTO

5 AIFA2025 - 000220

I.R.S.T.  IRCCS

Meldola  

Targeted Radionuclide Therapy with 177Lu-edotreotide in advanced Pheochromocytomas and 

paragangliomas (PPGLs) and high-grade Gastroenteropancreatic Neuroendocrine Tumors (GEP 

NETs): A Phase II Randomized Trial in Rare Neuroendocrine Tumors 42,00
AMMESSO AL 

FINANZIAMENTO

6 AIFA2025 - 000004
AO OSPEDALE INFANTILE 

REGINA MARGHERITA - Torino

Trametinib in RASopathies with Cardiomyopathy or Severe Systemic Complications: A Phase II, 

Prospective, Randomized, Cross-over, Double-Blinded, Placebo-controlled Multicentric Study 

Evaluating Efficacy, Safety, and Disease Modulation in Noonan Syndrome and Disorders with 

Overactivation of the RAS/MAPK Pathway (RASopathies)

40,50
AMMESSO AL 

FINANZIAMENTO

7 AIFA2025 - 000278

ALMA MATER STUDIORUM 

UNIVERSITA' DI BOLOGNA - 

Bologna

A randomized, double-blind, multicenter placebo-controlled phase 3 clinical trial to evaluate the 

efficacy and safety of oral corticosteroids in preventing generalization in ocular Myasthenia 

Gravis 40,50
AMMESSO AL 

FINANZIAMENTO

8 AIFA2025 - 000032
IRCCS "S. DE BELLIS" - 

CASTELLANA GROTTE - Bari

A Phase I Clinical Trial Evaluating Safety, Biological Activity, and Potential Toxicities of 

Cambritaxestat, a Selective Autotaxin Inhibitor, in Patients with Primary Sclerosing Cholangitis 

(PSC). 40,50
AMMESSO AL 

FINANZIAMENTO

9 AIFA2025 - 000194
IRCCS OSPEDALE SAN 

RAFFAELE - Milano

A Phase III, Multicenter, Randomized, Double-Blind, Placebo-Controlled Trial Assessing the 

Safety, Efficacy, and Disease-Modifying Potential of Rituximab in Adults with Early-Stage 

Chronic Inflammatory Demyelinating Polyneuropathy 40,50
AMMESSO AL 

FINANZIAMENTO

10 AIFA2025 - 000104
OSPEDALE POLICLINICO S. 

MATTEO - Pavia

An open-label phase II trial of the intravenous infusion of autologous T-cells from peripheral 

blood, expanded and transduced with a lentivirus to express a chimeric antigen receptor (CAR) 

with anti-BCMA (TNFRSF17) specificity humanized conjugated with the co-stimulatory region 4-

1BB and signal-transduction CD3z (ARI0002h) in patients with light chain (AL) amyloidosis 

previously treated with a proteasome inhibitor and an anti-CD38 monoclonal antibody.

40,00
AMMESSO AL 

FINANZIAMENTO

11 AIFA2025 - 000150
FONDAZIONE DEL PIEMONTE 

PER L'ONCOLOGIA - Candiolo

Phase 2 randomized trial of lenalidomide discontinuation versus continuous therapy in patients 

with del(5q) myelodysplastic neoplasm

40,00
AMMESSO AL 

FINANZIAMENTO

12 AIFA2025 - 000252

FONDAZ.IRCCS CA' GRANDA - 

OSPEDALE MAGGIORE 

POLICLINICO - Milano

Effect of Sodium Cromoglicate on Bone Metabolism and Quality of Life in Indolent Systemic 

Mastocytosis: A Randomized Crossover Study (CROMAST)

39,50
AMMESSO AL 

FINANZIAMENTO

13 AIFA2025 - 000044

AO CITTA' DELLA SALUTE E 

DELLA SCIENZA DI TORINO- 

OSP.S. GIOV.BATTISTA 

MOLINETTE - Torino

Acamprosate in C9orf72 Hexanucleotide Repeat Expansion Amyotrophic Lateral Sclerosis (ALS)

39,50
AMMESSO AL 

FINANZIAMENTO

14 AIFA2025 - 000318

A.O.U.OSPEDALI RIUNITI -  

PRESIDIO OSPEDALIERO 

G.M.LANCISI - Ancona

A proof-of-concept study of combination therapy with autologous Cytokine-Induced Killer (CIK) 

cells and anti-CD20 monoclonal antibodies for refractory systemic sclerosis

39,50
AMMESSO AL 

FINANZIAMENTO

15 AIFA2025 - 000314 UNIVERSITA' DI PISA

CAR-T-One: a novel TRBC1-directed chimeric antigen receptor against T Acute Lymphoblastic 

Leukemia and Peripheral T cell Lymphoma

39,00
AMMESSO AL 

FINANZIAMENTO

16 AIFA2025 - 000206
I.R.C.C.S. BURLO GAROFOLO - 

Trieste

Kawasaki disease in an Anakinra Randomized trial Including Synthetic Management Arm 

(KARISMA): a Phase IIb/III  open label, randomized, AI-generated synthetic-controlled trial of 

Anakinra as first-line treatment in Kawasaki Disease patients. 38,50
AMMESSO AL 

FINANZIAMENTO

17 AIFA2025 - 000320

FONDAZIONE SERENA ONLUS - 

CENTRO CLINICO NEMO - 

Brescia

Assessing the safety and the efficacy of lamotrigine as anti-myotonic agent in myotonic dystrophy 

type 1 (DM1): a double-blind, placebo controlled, crossover phase ii pilot study

38,50
AMMESSO AL 

FINANZIAMENTO

18 AIFA2025 - 000040
AZIENDA OSPEDALIERA MEYER - 

Firenze

Rescuing PH homeostAsis through Iron and tocopheRol in ATP6V1A- and TBC1D24-related 

Developmental and Epileptic Encephalopathies (REPAIR-DEE)

37,50
AMMESSO AL 

FINANZIAMENTO

19 AIFA2025 - 000224
ITALIAN SARCOMA GROUP I.S.G. 

ETS - Bologna

A Phase II, Multicenter, Italian, Open-label, Single-arm Study of Pembrolizumab in Pre-treated 

Adult Patients with Advanced Cutaneous Angiosarcoma

37,50
AMMESSO AL 

FINANZIAMENTO

20 AIFA2025 - 000184
IRCCS OSPEDALE PEDIATRICO 

BAMBINO GESU`- Roma

Sequential treatment with Rituximab followed by Belimumab To Prevent Relapses of Frequently-

Relapsing and Steroid-Dependent childhood Nephrotic Syndrome: the RIBELNEPH Study

37,00
IDONEO NON AMMESSO 

AL FINANZIAMENTO

GRADUATORIA

BANDO RICERCA INDIPENDENTE 2025

MALATTIE RARE



21 AIFA2025 - 000338
I.R.C.C.S. ISTITUTO 

ONCOLOGICO VENETO - Padova

CellHit-based drug repositioning in IDH wild-type, newly diagnosed glioblastoma patients: a 

precision tool for the Italian healthcare system

36,50
IDONEO NON AMMESSO 

AL FINANZIAMENTO

22 AIFA2025 - 000204
IRCCS OSEPDALE POLICLINICO 

SAN MARTINO - Genova

Treatment of Hereditary Creatine Transporter Deficiency with 4-Phenylbutyrate: a first-in-human 

trial

36,50
IDONEO NON AMMESSO 

AL FINANZIAMENTO

23 AIFA2025 - 000122

AZIENDA SANITARIA 

UNIVERSITA' GIULIANO-

ISONTINA - Trieste

ARIES (Antisense microRNA Inhibitor Evaluation in advanced Scars): Phase 1/2, first-in-human, 

Open-Label, Study to Evaluate the Safety and Tolerability of ASO anti-miR-XY in Patients with 

Advanced Idiopathic Pulmonary Fibrosis (IPF) 36,50
IDONEO NON AMMESSO 

AL FINANZIAMENTO

24 AIFA2025 - 000190
UNIVERSITA' DEGLI STUDI DI 

TORINO - Torino 

A phase III multicenter randomized controlled trial for relapsed and refractory high-grade 

osteosarcoma after first-line standard treatment

36,50
IDONEO NON AMMESSO 

AL FINANZIAMENTO

25 AIFA2025 - 000340
UNIVERSITA' DI ROMA TOR 

VERGATA - Roma

Daridorexant versus Melatonin in the treatment of patients with Hypnic Headache: A Multicentre, 

Double-Blind, Randomized, Comparative Trial

36,00
IDONEO NON AMMESSO 

AL FINANZIAMENTO

26 AIFA2025 - 000280

AZIENDA OSPEDALIERO 

UNIVERSITARIA (AOU)

SANT’ANDREA - Roma

Efficacy and safety of Thalidomide in familial cerebral cavernous malformations (fCCM)

associated hemorrhages: a phase II randomized clinical trial

36,00
IDONEO NON AMMESSO 

AL FINANZIAMENTO

27 AIFA2025 - 000210
UNIVERSITA' DI CAGLIARI- 

Cagliari

Targeting Bone Loss in Transfusion-dependent Beta Thalassemia: A Randomized Study of 

Zoledronate and Denosumab in Adult Osteoporotic Patients

36,00
IDONEO NON AMMESSO 

AL FINANZIAMENTO

28 AIFA2025 - 000138

FONAZIONE ISTITUTO 

NEUROLOGICO C. MONDINO-

Pavia

Expanding Treatment Options for GLUT1 Deficiency Syndrome: A Multicenter Drug Repurposing 

Platform

36,00
IDONEO NON AMMESSO 

AL FINANZIAMENTO

29* AIFA2025 - 000242
AZIENDA USL DI BOLOGNA - 

Bologna

Testing RAPAmycin as therapy for MITOchondrial diseases (RAPA-MITO)

35,50
IDONEO NON AMMESSO 

AL FINANZIAMENTO

29* AIFA2025 - 000182

FONDAZIONE ITALIANA 

RICERCA SULLE MALATTIE 

DELL'OSSO (FIRMO) ONLUS - 

Firenze

A novel recombinant Human intAct parathyroid horMONe 1-84 [rhPTH(1-84)] to treat 

hYpoparathyroidism

35,50
IDONEO NON AMMESSO 

AL FINANZIAMENTO

31 AIFA2025 - 000212 POLICLINICO UMBERTO I - Roma

A Multicentre Single Arm Two-Stage Trial Of Intravenous Immunoglobulins (IVIG) For Pediatric 

Acute-Onset Neuropsychiatric Syndrome (PANS).

35,00
IDONEO NON AMMESSO 

AL FINANZIAMENTO

32 AIFA2025 - 000162

ISTITUTO SCIENTIFICO IRCCS E. 

MEDEA ASSOCIAZIONE LA 

NOSTRA FAMIGLIA - Lecco

Efficacy and Safety of Naringenin in Hereditary Spastic Paraplegia

35,00
IDONEO NON AMMESSO 

AL FINANZIAMENTO

33 AIFA2025 - 000258
UNIVERSITA' DEGLI STUDI DI 

NAPOLI FEDERICO II - Napoli

Identification of ALS-related miRNAs and repurposing of commercially available miRNA 

modulator-drugs

35,00
IDONEO NON AMMESSO 

AL FINANZIAMENTO

34 AIFA2025 - 000158
ISTITUTI CLINICI SCIENTIFICI 

MAUGERI SPA SB IRCCS - Milano

Efficacy and safety of TReatment in C1 inhibitor deficiency Acquired Angioedema and quality of 

life impact

35,00
IDONEO NON AMMESSO 

AL FINANZIAMENTO

35 AIFA2025 - 000170
ISTITUTO CLINICO HUMANITAS - 

Rozzano 

Treatment personalization with darolutamide in androgen receptor-positive recurrent and/or 

metastatic salivary gland cancer patients

34,50
IDONEO NON AMMESSO 

AL FINANZIAMENTO

36 AIFA2025 - 000316
AZIENDA OSPEDALIERA "A. 

CARDARELLI" - Napoli

DEN-OI Study: A phase II, multicenter, open-label clinical trial to evaluate the efficacy and safety 

of denosumab in adult patients with Osteogenesis Imperfecta – Integration of AI-Based 

Predictive Metabolomic Analysis 34,50
IDONEO NON AMMESSO 

AL FINANZIAMENTO

37 AIFA2025 - 000256

E.E. CASA SOLLIEVO DELLA 

SOFFERENZA - San Giovanni 

Rotondo

Empagliflozin Repurposing for Lafora Disease: A  Phase 2 Interventional Pharmacological 

Clinical Trial and Preclinical Investigation of Novel Therapeutic Targets

34,50
IDONEO NON AMMESSO 

AL FINANZIAMENTO

38 AIFA2025 - 000142
IRCCS ISTITUTO ORTOPEDICO 

RIZZOLI - Bologna

Phase II study of TAlazoparib Monotherapy in patients with recurrent/refractory OSteosarcoma 

(TAMOS trial)

34,50
IDONEO NON AMMESSO 

AL FINANZIAMENTO

39 AIFA2025 - 000146

ITALIAN PEDIATRIC STATUS 

EPILEPTICUS GROUP (E.T.S.) - 

Prato

A Multicentre Phase III Randomised Controlled Trial of Ketamine versus Midazolam for 

Benzodiazepine-Resistant Paediatric Convulsive Status Epilepticus in Rare and Complex 

Epilepsies. 34,50
IDONEO NON AMMESSO 

AL FINANZIAMENTO

40 AIFA2025 - 000050
I.R.C.C.S. ISTITUTO 

AUXOLOGICO ITALIANO - Milano

Therapeutic efficacy of mexiletine in KCNQ1- related Long QT Syndrome and genotype-

negative/phenotype-positive LQTS patients. From iPS-derived cardiomyocytes to patients: a 

translational phase II clinical study. 34,50
IDONEO NON AMMESSO 

AL FINANZIAMENTO

41 AIFA2025 - 000108
UNIVERSITA' DI BARI "ALDO 

MORO" - Bari

A Pragmatic, Multicenter, AI-Supported, Head-to-Head, phase 3b randomized clinical trial of 

Ocrelizumab vs Natalizumab in Pediatric Onset Multiple Sclerosis: the impact of HETs on 

smouldering disease activity associated worsening (SAW). 34,00
IDONEO NON AMMESSO 

AL FINANZIAMENTO

42 AIFA2025 - 000202

POLICLINICO A. GEMELLI E 

C.I.C.- POLICLINICO 

UNIVERSITARIO A. GEMELLI - 

Roma

Safety and efficacy of cinromide as candidate compound for the treatment of alternating 

hemiplegia of childhood: a phase I/II open-label pilot trial

34,00
IDONEO NON AMMESSO 

AL FINANZIAMENTO



43 AIFA2025 - 000334
AUO POLICLINICO LUIGI 

VANVITELLI - Napoli

GLIflozins in CYstinuric NEphrolithiasis: a randomized, double-blind, multicenter study

34,00
IDONEO NON AMMESSO 

AL FINANZIAMENTO

44 AIFA2025 - 000176

FONDAZIONE IRCCS ISTITUTO 

NAZIONALE NEUROLOGICO 

C.BESTA - Milano

LERIGLITAZONE IN PKAN: OPEN-LABEL PHASE II TRIAL FOR FUNCTIONAL 

IMPROVEMENT AND IRON MODULATION WITH BIOMARKER DISCOVERY

34,00
IDONEO NON AMMESSO 

AL FINANZIAMENTO

45 AIFA2025 - 000034

AZIENDA OSPEDALIERO-

UNIVERSITARIA DI MODENA - 

Modena

PENPOL, A phase 2 study for the evaluation of the activity of PENFLURIDOL in autosomal 

dominant polycystic kidney disease patients

34,00
IDONEO NON AMMESSO 

AL FINANZIAMENTO

46 AIFA2025 - 000222 UNIVERSITA' DI TRENTO - Trento

Effects of intravenous vs aerosolized lidocaine on respiratory drive in non-invasively ventilated 

ARDS patients

34,00
IDONEO NON AMMESSO 

AL FINANZIAMENTO

47 AIFA2025 - 000246

ZIENDA OSPEDALIERO-

UNIVERSITARIA DI BOLOGNA - 

Bologna

Phase II Study of Immunotherapy-Based Neoadjuvant Treatment in Anaplastic Thyroid 

Carcinoma (INTACT Trial)

33,50
IDONEO NON AMMESSO 

AL FINANZIAMENTO

48 AIFA2025 - 000308
UNIVERSITA' DEGLI STUDI DI 

PADOVA - Padova

REpurposing Steroids and IgM-Enriched Immunoglobulin in Stevens-Johnson Syndrome / Toxic 

Epidermal Necrolysis

33,50
IDONEO NON AMMESSO 

AL FINANZIAMENTO

49 AIFA2025 - 000178

ISTITUTO NAZIONALE TUMORI 

DI NAPOLI IRCCS "FONDAZIONE 

G. PASCALE" - Napoli

Lurbinectedin versus stAndard chemo in adVanced nEuroeNdocrine caRcinomas: a randomized, 

open label phase II trial (LAVENDER)

33,00
IDONEO NON AMMESSO 

AL FINANZIAMENTO

50 AIFA2025 - 000166

ISTITUTO DI RICERCHE 

FARMACOLOGICHE MARIO 

NEGRI IRCCS - Milano

Evaluating the short-term morpho-functional effects of SGLT2 inhibitor therapy in  adult patients 

with autosomal dominant polycystic kidney disease (ADPKD): a pilot,  prospective, randomized, 

open, cross-over study 32,00
IDONEO NON AMMESSO 

AL FINANZIAMENTO

51 AIFA2025 - 000328
A.O.SANTOBONO-PAUSILIPON- 

OSPEDALE SANTOBONO - Napoli

Early Use of Everolimus in Neonates with Tuberous Sclerosis Complex for the Treatment of 

Cardiac Rhabdomyomas and Subependymal Giant Cell Astrocytomas: A Multicentre, 

Randomised, Controlled Trial 32,00
IDONEO NON AMMESSO 

AL FINANZIAMENTO

52 AIFA2025 - 000214 I.D.I - Roma

Topical Valproate for Genital Lichen Sclerosus: From Preclinical Models to a Pilot Clinical 

Evaluation

31,50
IDONEO NON AMMESSO 

AL FINANZIAMENTO

53 AIFA2025 - 000072

AZIENDA SANITARIA 

UNIVERSITARIA FRIULI 

CENTRALE - Udine

Anakinra as Novel Anti-Inflammatory Therapy for Sanfilippo Syndrome: Clinical Evidence 

Supporting Regulatory Inclusion in Prescribable Drug List

31,50
IDONEO NON AMMESSO 

AL FINANZIAMENTO

54 AIFA2025 - 000270 UNIVERSITA' DI SIENA - Siena

From genetics of MAOA deficiency-rare disease to clinical translation: targeting Oxytocin 

pathway for impulsivity and emotional dysregulation

31,00
IDONEO NON AMMESSO 

AL FINANZIAMENTO

55 AIFA2025 - 000272

AZIENDA OSPEDALIERO - 

UNIVERSITARIA CAREGGI - 

Firenze

Phase II Two-Stage Simon Design Trial of Lenvatinib Monotherapy in Patients with Advanced or 

Metastatic Squamous Cell Carcinoma of the Penis

31,00
IDONEO NON AMMESSO 

AL FINANZIAMENTO

56 AIFA2025 - 000264
AZIENDA OSPEDALIERA DI 

PERUGIA - Perugia

Preclinical and Phase I/II clinical study on the safety and efficacy of a new formulation based on 

used of low dose of diazoxide and resveratrol for the treatment of muscle pathology in myotonic 

dystrophy type 1. 30,50
IDONEO NON AMMESSO 

AL FINANZIAMENTO

57 AIFA2025 - 000216
AO CONSORZIALE POLICLINICO 

BARI - Bari

The ALFA-CYST Trial:  A Phase 3, Multicenter, Randomized, Open-Label, Superiority Clinical 

Trial Comparing Alpha-Lipoic Acid to Standard of Care (Tiopronine/D-penicillamine) for the 

Treatment of Cystinuria 30,00
IDONEO NON AMMESSO 

AL FINANZIAMENTO

58 AIFA2025 - 000336

FONDAZIONE POLICLINICO 

UNIVERSITARIO CAMPUS BIO-

MEDICO Roma

Targeting CD248 with the ORphan drug ontuxizumaB In sysTemic sclerosis: a clinical and 

preclinical multi-omic study using 3D bioprinted human skin organoids

30,00
IDONEO NON AMMESSO 

AL FINANZIAMENTO

59 AIFA2025 - 000196

AZIENDA OSPEDALIERO 

UNIVERSITARIA MAGGIORE 

DELLA CARITA' - Novara

Repurposing Dopaminergic Therapies for 16p11.2 Duplication Syndrome: A Translational 

Clinical Trial Integrating Neuropsychiatric Assessment, Brain Imaging, and Biomarkers

29,50
IDONEO NON AMMESSO 

AL FINANZIAMENTO

60 AIFA2025 - 000208
FONDAZIONE ARIANNA 

ANTICOAGULAZIONE -Bologna

Dual Antiplatelet Therapy versus Aspirin only in High-Risk Antiphospholipid Antibody Carriers:   

A Multicenter, Randomized, Open-Label, Controlled Study

28,00
IDONEO NON AMMESSO 

AL FINANZIAMENTO

61 AIFA2025 - 000306
AORN “SANT'ANNA E SAN 

SEBASTIANO” - Caserta

Lovastatin use like coadjuvant in the glioblastoma therapy:from preclinical models to clinical 

applications.

27,00
IDONEO NON AMMESSO 

AL FINANZIAMENTO

62 AIFA2025 - 000156
E.O. OSPEDALI GALLIERA - 

Genova

Cancer-associated fibroblast expression in paediatric neuroblastoma: PET-based identification 

and  prognostic significance

25,00
IDONEO NON AMMESSO 

AL FINANZIAMENTO

*Le proposte di pari punteggio sono state ordinate secondo i criteri di priorità previsti dal Bando in caso di ex aequo, le proposte collocatesi alla posizione 29 sono risultate ex aequo per tutti i criteri. 


